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EUROPEAN COMMISSION
Consumers. Health, Agriculture and Food E,ecutive Agency
Director

GRANT AGREEMENT

NUMBER — 677024 — RD-ACTION

This Agreement (‘the Agreement’) is between the following parties:

on the one part,

the Consumers, Health, Agriculture and Food Executive Agency (CHAFEA) (‘the Agency’), under
the power delegated by the European Commission (‘the Commission’),

represented for the purposes of signature of this Agreement by Mr Luc BRIOL, Director, or his duly
authorised representative,

and

on the other part,

1. ‘the coordinator’:

INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE (INSERM)
(INSERM), 180036048, established in 101 Rue de Tolbiac, PARIS 75654, France, FR3 1180036048,
represented for the purposes of signing the Agreement by Regional Delegate, Sylviane INOCENCIO

and the following other beneficiaries, if they sign their ‘Accession Form’ (see Annex 3 and Article 40):

2. MEDIZINISCHE UNWERSITAET WIEN (MUW), established in SPITALGASSE 23, WIEN
1090, Austria, ATU57469858,

3. SERVICE PUBLIC FEDERAL SANTE PUBLIQUE, SECURITE DE LA CHAINE
ALIMENTAIRE ET ENVIRONNEMENT (SPF), N/A, established in SQUARE VICTOR HORTA
40 BUR ID 1G. BRUSSELS 1060, Belgium, N/A,

4. INSTITUT SCIENTIFIQUE DE SANTE PUBLIQUE (WIV-ISP), 0254014195, established in
Rue Juliette Wytsman 14, BRUXELLES 1050, Belgium, BE0254014 195,

5. BULGARIAN ASSOCIATION FOR PROMOTION OF EDUCATION AND SCIENCE
(BAPES) BG16, 115782273, established in BRATYA SVESHTAROVI STR 4, PLOVDIV 4017,
Bulgaria,

6. HRVATSKI SAVEZ ZA RIJETKE BOLESTI (HSRB) HRI, 21002274, established in
Ivanicgradska 38, Zagreb 10000, Croatia,

7. FAKULTNI NEMOCNICE V MOTOLE (NKCVO), 00064203 . established in V UVALU 84.
PRAHA 5 150 06, Czech Republic, CZ00064203.
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8. TARTU ULIKOOL (UTARTU), 74001073, established in ULIKOOLI 18, TARTU 50090,
Estonia, EE100030417,

9. RINNEKOTI SAATIO (RINNEKOTI) Fl!, 02019768, established in RINNEKODINTIE 10.
ESPOO 02980, Finland, F1020 19768,

10. ASSISTANCE PUBLIQUE - HOPITAUX DE PARIS (APHP), 42132660400012, established
in 3 Avenue Victoria, PARIS 75004, France, FR95267500452,

11. EURORDIS - EUROPEAN ORGANISATION FOR RARE DISEASES ASSOCIATION
(EURORDIS) FR3, 413459066/129742P, established in RUE DIDOT 96, Paris 75014, France,

12. MEDIZINISCHE HOCHSCHULE HANNOVER (MHH), Not applicable, established in Carl
Neuberg-Strasse 1, HANNOVER 30625, Germany, DEl 15650503,

13. DEUTSCHES INSTITUT FUR MEDIZINISCHE DOKUMENTATION UND
INFORMATION (DIMDI) (DIMDI), established in WAISENHAUSGASSE 36-38A, KOLN
50676, Germany, DE123052538,

14. ORSZAGOS TISZTIFOORVOSI HWATAL (OCMO), 329530, established in ALBERT
FLORIAN UT 2-6., BUDAPEST 1097, Hungary, HU15329530,

15. SEMMELWEIS EGYETEM (SE) HUI3, F162576, established in IJLLOI UTCA 26,
BUDAPEST 1085, Hungary, RU 15329808,

16. HEALTH SERVICE EXECUTIVE HSE (HSE), established in LIMETREE AVENUE 2ND
FLO OAK HOUSE. NAAS, Ireland. 1E66093541,

17. OSPEDALE PEDIATRICO BAMBINO GESU (OPBG), -, established in PIAZZA SANT
ONOFRIO 4, ROMA 00165, Italy, VAT exemption,

18. REGIONE DEL VENETO (VR-IIBRD), established in Palazzo Balbi - Dorsoduro 3901,
VENEZIA 30123, Italy, 1T02392630279,

19. SLIMIBU PROFILAKSES UN KONTROLES CENTRS (SPKC), 90009756700, established
in Duntes 22, Riga LV 1005, Latvia, 90009756700,

20. VIESOJI ISTAIGA VILNIAUS UNIVERSITETO LIGONINES SANTARISKIU
KLINIKOS (VULSK) LT3, 124364561, established in SANTARISKIU G 2, VILNIUS 08661,
Lithuania, LT2436456 10,

21. ACADEMISCH ZIEKENHUIS LEIDEN (LUMC), 27366422, established in
ALBINUSDREEF 2, LEIDEN 2333 ZA, Netherlands, NL003566213B01,

22. HELSEDIREKTORATE (HDIR), 983544622, established in UNIVERSITETSGATA 2, OSLO
0164, Norway, N0983544622,

23. OSLO UNIVERSITETSSYKEHUS HF (NKSD), 993467049, established in KIRKEVEIEN
166 TARNBYGGET, OSLO 0450, Norway, N0993467049MVA,

24. INSTYTUT POMNIK CENTRUM ZDROWIA DZIECKA (IPCZD).
0000092381/000557961, established in Aleja Dzieci Polskich 20, WARSZAWA 04730, Poland,
PL9521 143675,

25. MINISTERIO DA SAUDE - REPUBLICA PORTUGUESA (DGS), Decreto-Lei 11.0212/2006,

de 27 de Outubro , established in Av. João Crisóstomo, 9, LISBOA 1049-062 , Portugal,
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26. UNIVERSITATEA DE MEDICINA SI FARMACIE GRIGORE T.POPA lAS! (UMF),
CF4701 100, established in STRADA UNIVERSITATII 16, IASI 700115, Romania,

27. UNIVERZITA KOMENSKEHO V BRATISLAVE (CUMS), 00397865, established in
SAFARIKOVO NAM 6, Bratislava 1 81499, Slovakia, SK2020845332,

28. UNIVERZITETNI KLINICNI CENTER LJUBLJANA (UKCL), 5057272, established in
ZALOSKA CESTA 002, LJUBLJANA 1000, Slovenia, S152 111776,

29. CENTRO DE INVESTIGACION BIOMEDICA EN RED (CIBER) ES7, established in
CALLE MONFORTE DE LEMOS 5, MADRID 28029, Spain, ESG85296226,

30. STOCKHOLMS LAENS LANDSTING (KS), 2321000016, established inHantverkargatan45,
STOCKHOLM 104 22, Sweden, SE232100001601,

31. UNIVERSITY OF NEWCASTLE UPON TYNE (UNEW), established in KINGS GATE,
NEWCASTLE UPON TYNE NE1 7RU, United Kingdom, GB499672470,

32. Department of Health (UK PHE), -, established in Quarry House, Quarry Hill, Leeds LS2 7UE,
United Kingdom, 888815064,

33. Ministere des Affaires Sociales et de Ia Sante (DGS FR), N/A, established in AVENUE
Duquesne 14, PARIS CEDEX 75350, France, N/A,

34. ISTITUTO SUPERIORE DI SANITA (ISS), 80211730587, established in Viale Regina Elena
299, ROMA 00161, Italy, 1T0365773 1000,

Unless otherwise specified, references to ‘beneficiary’ or ‘beneficiaries’ include the coordinator.

The parties referred to above have agreed to enter into the Agreement under the terms and conditions
below.

By signing the Agreement or the Accession Form, the beneficiaries accept the grant and agree to
implement the action under their own responsibility and in accordance with the Agreement, with all
the obligations and conditions it sets out.

The Agreement is composed of:

Terms and Conditions

Annex 1 Description of the action

Annex 2 Estimated budget for the action

Annex 3 Accession Forms

Annex 4 Model for the financial statements

Annex 5 Model for the certificate on the financial statements
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CHAPTER I GENERAL

ARTICLE 1—SUBJECT OF THE AGREEMENT

This Agreement sets out the rights and obligations and the terms and conditions applicable to the grant
awarded to the beneficiaries for implementing the action set out in Chapter 2.

CHAPTER 2 ACTION

ARTICLE 2— ACTION TO BE IMPLEMENTED

The grant is awarded for the action entitled Promoting Implementation of Recommendations on
Policy, Information audDatafor Rare Diseases — RD-ACTION’ (‘action’), as described in Annex

ARTICLE 3— DURATION AND STARTING DATE OF THE ACTION

The duration of the action will be 36 months as of 01/06/2015 (starting date of the action’).

ARTICLE 4— ESTIMATED BUDGET AND BUDGET TRANSFERS

4.1 Estimated budget

The ‘estimated budget’ for the action is set out in Annex 2.

It contains the estimated eligible costs and the forms of costs, broken down by beneficiary and budget
category (see Articles 5, 6).

4.2 Budget transfers

The estimated budget breakdown indicated in Annex 2 may be adjusted by transfers of amounts
between beneficiaries or between budget categories (or both). This does not require an amendment
according to Article 39. if the action is implemented as described in Annex 1.

However, the beneficiaries may not add costs relating to subcontracts not provided for in Annex 1,
unless such additional subcontracts are approved by an amendment or in accordance with Article 10.

CHAPTER 3 GRANT

ARTICLES— GRANT AMOUNT, FORM OF GRANT, REIMBURSEMENT RATES AND
FORMS OF COSTS

5.1 Maximum grant amount

The maximum grant amount’ is EUR 4,379,979.00 (four million three hundred and seventy nine
thousand nine hundred and seventy nine EURO).

S / 2±



L..

ciel

\,ci hr 677024 RI)—ACTION IIP—JA—2014

• Associated with document Ref. Ares(2015)3186279 - 29/07/2015

5.2 Form of grant, reimbursement rates and forms of costs

The grant reimburses 60% of/he ac/io,is eligible costs (see Article 6) (‘reimbursement of eligible
costs grant’) (see Annex 2).

The estimated eligible costs of the action are EUR 8,344,079.80 (eight million three hundred and forty
four thousand seventy nine EURO and eighty eurocents).

Eligible costs (see Article 6) must be declared under the following forms (‘forms of costs’ or ‘costs
forms’):

(a) for direct personnel costs: as actually incurred costs (actual costs):

(b) for direct costs of subcontracting: as actually incurred costs (actual costs);

(c) for other direct costs: as actually incurred costs (actual costs);

(d) for indirect costs: on the basis ofa flat-rate applied as set out in Article 6.2.D (flat-rate costs’):

5.3 Final grant amount — Calculation

The ‘final grant amount’ depends on the actual extent to which the action is implemented in
accordance with the Agreement’s terms and conditions.

This amount is calculated by the Agency — when the payment of the balance is made — in the
following steps:

Step 1 — Application of the reimbursement rate to the eligible costs

Step 2 — Limit to the maximum grant amount

Step 3 — Reduction due to the no-profit rule

Step 4 — Reduction due to improper implementation or breach of other obligations

5.3.1 Step 1 — Application of the reimbursement rate to the eligible costs

The reimbursement rate (see Article 5.2) is applied to the eligible costs (actual costs and flat-rate
costs; see Article 6) declared by the beneficiaries (see Article 15) and approved by the Agency (see
Article 16).

5.3.2 Step 2 — Limit to the maximum grant amount

If the amount obtained following Step 1 is higher than the maximum grant amount set out in Article
5.1, it will be limited to the latter.

5.3.3 Step 3 — Reduction due to the no-profit rule

The grant must not produce a profit.

Profit’ means the surplus of the amount obtained following Steps 1 and 2 plus the action’s total
receipts. oer the action’s total eligible costs.

o/ 2L9
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The ‘action’s total eligible costs are the consolidated total eligible costs approved by the Agency.

The ‘action’s total receipts’ are the consolidated total receipts generated during its duration (see
Article 3).

The following are considered receipts:

(a) income generated by the action;

(b) financial contributions given by third parties to the beneficiary specifically to be used for costs
that are eligible under the action.

The following are however not considered receipts:

(a) financial contributions by third parties, if they may be used to cover costs other than the eligible
costs (see Article 6);

(b) financial contributions by third parties with no obligation to repay any amount unused at the
end of the period set out in Article 3.

If there is a profit, it will be deducted in proportion to the final rate of reimbursement of the eligible
actual costs approved by the Agency (as compared to the amount calculated following Steps 1 and 2).

5.3.4 Step 4—Reduction due to improper implementation or breach of other obligations —

Reduced grant amount — Calculation

If the grant is reduced (see Article 27). the Agency will calculate the reduced grant amount by
deducting the amount of the reduction (calculated in proportion to the improper implementation of
the action or to the seriousness of the breach of obligations in accordance with Article 27.2) fiom the
maximum grant amount set out in Article 5.1.

The final grant amount will be the lower of the ftllowing two:

- the amount obtained following Steps I to 3 or

- the reduced grant amount following Step 4.

5.4 Revised final grant amount — Calculation

If— after the payment of the balance (in particular. after checks, reviews, audits or investigations;
see Article 17) — the Agency rejects costs (see Article 26) or reduces the grant (see Article 27), it
will calculate the revised final grant amount for the action.

This amount is calculated by the Agency on the basis of the findings, as follows:

- in case of rejection of costs: by applying the reimbursement rate to the revised eligible costs
approved by the Agency for the action. limiting it to the maximum grant amount and making
a reduction if there is a profit (see Article 5.3):

- in case of reduction of the grant: by deducting the amount of the reduction (calculated in
proportion to the improper implementation of the action or to the seriousness of the breach
of obligations in accordance with Article 27.2) from the maximum grant amount set out in
Article 5.1.

/ 2i
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in case of rejection of costs and reduction of the grant, the revised final grant amount for the action
will be the lower of the two amounts above.

ARTICLE 6— ELIGIBLE AND INELIGIBLE COSTS

6.1 General conditions for costs to be eligible

Eligible costs’ are costs that meet the following criteria:

(a) for actual costs:

(i) they must be actually incurred by the beneficiary:

(ii) they must be incurred in the period set out in Article 3. with the exception of costs relating
to the submission of the periodic report for the last reporting period and the final report
(see Article 15);

(iii) they must be indicated in the estimated budget set out in Annex 2;

(iv) they must be incurred in connection with the action as described in Annex I and necessary
for its implementation;

(v) they must be identifiable and verifiable, in particular recorded in the beneficiary’s
accounts in accordance with the accounting standards applicable in the country where the
beneficiary is established and with the beneficiary’s usual cost accounting practices:

(vi) they must comply with the applicable national law on taxes, labour and social security, and

(vii) they must be reasonable, justified and must comply with the principle of sound financial
management, in particular regarding economy and efliciency;

(b) for flat-rate costs:

(i) they must be calculated by applying the flat-rate set out in Annex 2. and

(ii) the costs (actual costs) to which the flat-rate is applied must comply with the conditions
for eligibility set out in this Article.

6.2 Specific conditions for costs to be eligible

Costs are eligible if they comply with the general conditions (see above) and the specific conditions
set out below, for each of the following budget categories:

A. direct personnel costs;

B. direct costs of subcontracting;

C. other direct costs;

D. indirect costs;
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‘Direct costs’ are costs that are directly linked to the action implementation and can therefore be
attributed to it directly. They must not include any indirect costs (see Point D below).

‘Indirect costs’ are costs that are not directly linked to the action implementation and therefore cannot
be attributed directly to it.

A. Direct personnel costs

Types of eligible personnel costs

A. I Personnel costs are eligible if they are related to personnel working for the beneficiary under
an employment contract (or equivalent appointing act) and assigned to the action (costs for
employees (or equivalent)’). They must be limited to salaries (including during parental leave),
social security contributions, taxes and other costs included in the remuneration, if they arise
from national law or the employment contract (or equivalent appointing act).

They may also include additional remuneration for personnel assigned to the action (including
payments on the basis of supplementary contracts regardless of their nature), if:

(a) it is part ofthe beneficiarys usual remuneration practices and is paid in a consistent manner
whenever the same kind of work or expertise is required;

(b) the criteria used to calculate the supplementary payments are objective and generally
applied by the beneficiary, regardless of the source of funding used.

A.2 The costs for natural persons working under a direct contract with the beneficiary other
than an employment contract or seconded by a third party against payment are eligible personnel
costs, if:

(a) the person works under the beneficiary’s instructions and, unless otherwise agreed with
the beneficiary. on the beneficiary’s premises:

(b) the result of the work carried out belongs to the beneficiary, and

(c) the costs are not significantly different from those for personnel performing similar tasks
under an employment contract with the beneficiary.

Calculation

Personnel costs must be calculated by the beneficiaries as follows:

(hourly rate

multiplied h3

the number of actual hours worked on the action}.

The number of actual hours declared for a person must be identifiable and verifiable (see Article 13).

The total number of hours declared in EU or Euratom grants, for a person for a year, cannot be higher
than the annual productive hours used for the calculations of the hourly rate. Therefore, the maximum
number of hours that can be declared for the grant are:

—/ 2
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the number of annual productive hours for the year (see below)

minus

total number of hours declared by the beneficiary, for that person for that ‘,ear, for other EU or Euratom grants}.

The ‘hourly rate’ is the amount calculated as follows:

(actual annual personnel costs for the person

divided by

number of annual productive hoursl.

The beneficiaries must use the annual personnel costs and the number of annual productive hours for
each financial year covered by the reporting period. If a financial year is not closed at the end of the
reporting period, the beneficiaries must use the hourly rate of the last closed financial year available.

For the number of annual productive hours’, the beneficiaries may choose one of the following:

(i) fixed number of hours’: 1 720 hours for persons working full time (or corresponding pro-rata
for persons not working full time);

(ii) Individual annual productive hours’: the total number of hours worked by the person in the year
for the beneficiary. calculated as follows:

(annual workable hours of the person (according to the employment contract, applicable collective labour
agreement or national law)

plus

overtime worked

minus

absences (such as sick leave and special leavc)l.

‘Annual workable hours’ means the period during which the personnel must be working, at the
employer’s disposal and carrying out his/her activity or duties under the employment contract,
applicable collective labour agreement or national working time legislation.

If the contract (or applicable collective labour agreement or national working time legislation)
does not allow to determine the annual workable hours. this option cannot be used:

(iii) standard annual productive hours’: the ‘standard number of annual hours’ generally applied
by the beneficiary for its personnel in accordance with its usual cost accounting practices. This
number must be at least 90% of the ‘standard annual workable hours’.

If there is no applicable reference for the standard annual workable hours, this option cannot
be used.

For all options. the actual time spent on parental leave by a person assigned to the action may be
deducted from the number of annual producti\e hours;
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B. Direct costs of subcontracting (including related duties, taxes and charges, such as non-deductible
value added tax (VAT) paid by beneficiaries that are not public bodies acting as public authority) are
eligible if the conditions in Article 10.1.1 are met.

C. Other direct costs

C.! Travel costs and related subsistence allowances (including related duties, taxes and charges,
such as non-deductible value added tax (VAT) paid by beneficiaries that are not public bodies
acting as public authority) are eligible if they are in line with the beneficiary’s usual practices
on travel.

C.2 The depreciation costs of equipment, infrastructure or other assets (new or second-hand)
as recorded in the beneficiary’s accounts are eligible, if they were purchased in accordance
with Article 9. 1.1 and written off in accordance with international accounting standards and the
beneficiary’s usual accounting practices.

The costs of renting or leasing equipment, infrastructure or other assets (including related duties,
taxes and charges, such as non-deductible value added tax (VAT) paid by beneficiaries that are not
public bodies acting as public authority) are also eligible, if they do not exceed the depreciation
costs of similar equipment, infrastructure or assets and do not include any financing fees.

The only portion of the costs that will be taken into account is that which corresponds to the
duration of the action and rate of actual use for the purposes of the action.

C.3 Costs of other goods and services (including related duties, taxes and charges, such as non
deductible value added tax (VAT) paid by beneficiaries that are not public bodies acting as public
authority) are eligible, if they are purchased specifically for the action and in accordance with
Article 9.1.1.

Such goods and services include, for instance, consumables and supplies, dissemination,
protection of results, certificates on the financial statements (if they are required by the
Agreement), translations and publications.

D. Indirect costs

Indirect costs are eligible if they are declared on the basis of the flat-rate of 7% of the eligible direct
costs (see Article 5.2 and Points A to C above).

Beneficiaries receiving an operating grant1 financed by the EU or Euratorn budget cannot declare
indirect costs for the period covered by the operating grant.

6.3 Conditions for costs of affiliated entities to be eligible

not appJicable

For the definition. see Article 1211 1 Oh) of Regulation (EtJ. Furatom) No 96612012 of the European Parliament and
of the Council of 25 October 2012 on the financial rules applicable to the general budget of the ‘nion and repealing
Council Regulation fEC. Euratom) No 1605/2002 (OJ L 213, 26.10.2012, p.1) (Financial Regulation No 966/2012’):
‘operating grant’ means direct tinancial contribution, by sav of donation, from the budget in order to twance the
functioning ofa body which pursues an aim of general EU interest or has an objective forming part of and supporting
an EU policy.
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6.4 Ineligible costs

ineligible costs’ are:

(a) costs that do not comply with the conditions set out above (Article 6.1 to 6.3), in particular:

(i) costs related to return on capital:

(ii) debt and debt service charges;

(iii) provisions for future losses or debts;

(iv) interest owed;

(v) doubtful debts;

(vi) currency exchange losses;

(vii) bank costs charged by the beneficiary’s bank for transfers from the Agency;

(viii)excessive or reckless expenditure;

(ix) deductible VAT;

(x) costs incurred during suspension of the implementation of the action (see Article 33);

(xi) in-kind contributions provided by third parties:

(b) costs declared under another EU or Euratom grant (including grants awarded by a Member
State and financed by the EU or Euratom budget and grants awarded by bodies other than the
Agency for the purpose of implementing the EU or Euratom budget): in particular, indirect
costs if the beneficiary is already receiving an operating grant financed by the EU or Euratom
budget in the same period.

6.5 Consequences of declaration of ineligible costs

Declared costs that are ineligible will be rejected (see Article 26).

This may also lead to any of the other measures described in Chapter 6.

CHAPTER 4 RIGHTS AND OBLIGATIONS OF THE PARTIES

SECTION 1 RIGHTS AND OBLIGATIONS RELATED TO IMPLEMENTING THE
ACTION

ARTICLE 7— GENERAL OBLIGATION TO PROPERLY IMPLEMENT THE ACTION
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7.1 General obligation to properly implement the action

The beneficiaries must implement the action as described in Annex I and in compliance with the
provisions of the Agreement and all legal obligations under applicable EU, international and national
law.

7.2 Consequences of non-compliance

Tf a beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 8— RESOURCES TO IMPLEMENT THE ACTION — THIRD PARTIES
INVOLVED IN THE ACTION

The beneficiaries must have the appropriate resources to implement the action.

If it is necessary to implement the action, the beneficiaries may:

- purchase goods, works and services (see Article 9);

- call upon subcontractors to implement action tasks described in Annex I (see Article l0)

- call upon affiliated entities to implement action tasks described in Annex 1 (see Article 11).

In these cases, the beneficiaries retain sole responsibility towards the Agency and the other
beneficiaries for implementing the action.

ARTICLE 9— PURCHASE OF GOODS, WORKS OR SERVICES

9.1 Rules for purchasing goods, works or services

9.1.1 If necessary to implement the action, the beneficiaries may purchase goods, works or services.

The beneficiaries must make such purchases ensuring the best value for money or, if appropriate, the
lowest price. In doing so, they must avoid any conflict of interests (see Article 20).

The beneficiaries must ensure that the Agency, the Commission, the European Court of Auditors
(ECA) and the European Anti-fraud Office (OLAF) can exercise their rights under Articles 17 and

1 8 also towards their contractors.

9.1 .2 Beneficiaries that are contracting authorities’ within the meaning of Directive 2004 l8/EC2 or

‘contracting entities’ within the meaning of Directie 200417.EC3must comply with the applicable
national law on public procurement.

Directive 2004/I XiEC of the European Parliament and of the Council of 31 March 2004 on the coordination of
procedures fir the award of public work contracts, public supply contracts and public service contracts (OJ 1. 134.
30.04.2004, p. 113).
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9.2 Consequences of non-compliance

If a beneficiary breaches any of its obligations under Article 9.1 .1, the costs related to the contract
concerned will be ineligible (see Article 6) and will be rejected (see Article 26).

If a beneficiary breaches any of its obligations under Article 9.1.2, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 10— IMPLEMENTATION OF ACTION TASKS BY SUBCONTRACTORS

10.1 Rules for subcontracting action tasks

10.1.1 If necessary to implement the action, the beneficiaries may award subcontracts covering the
implementation of certain action tasks described in Annex 1.

Subcontracting may cover only a limited part of the action.

The beneficiaries must award the subcontracts ensuring the best value for money or, if appropriate,
the lowest price. In doing so, they must avoid any conflict of interests (see Article 20).

The tasks to be implemented and the estimated cost for each subcontract must be set out in Annex
1 and the total estimated costs of subcontracting per beneficiary must be set out in Annex 2. The
Agency may however approve subcontracts not set out in Annex 1 and 2 without amendment (see
Article 39), if:

- they are specifically justified in the periodic technical report and

- they do not entail changes to the Agreement which would call into question the decision
awarding the grant or breach the principle of equal treatment of applicants.

The beneficiaries must ensure that the Agency. the Commission, the European Court of Auditors
(ECA) and the European Anti-Fraud Office (OLAF) can exercise their rights under Articles 17 and
18 also towards their subcontractors.

10.1.2 The beneficiaries must ensure that their obligations under Articles 20, 21, 22 and 30 also apply
to the subcontractors.

Beneficiaries that are contracting authorities’ within the meaning of Directive 2004/18/EC or
contracting entities within the meaning of Directive 2004, l7EC must comply with the applicable
national law on public procurement.

10.2 Consequences of non-compliance

Ifa beneficiary breaches any of its obligations under Article 10.1.1, the costs related to the subcontract
concerned will be ineligible (see Article 6) and will he relected (see Article 26).

Directie 2004/17 CC of the European Parliament and of the Council ot3l March 2004 coordinating the procurement

procedures of entities operating in the water. energy, transport and postal services sectors (OJ I 134. 30.04.2004. p. 1).
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If a beneficiary breaches any of its obligations under Article 10.1.2, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 11 —JMPLEMENTATION OF ACTION TASKS BY AFFILIATED ENTITIES

Not applicable

SECTION 2 RIGHTS AND OBLIGATIONS RELATED TO THE GRANT
ADMINISTRATIONFR

ARTICLE 12— GENERAL OBLIGATION TO INFORM

12.1 General obligation to provide information upon request

The beneficiaries must provide — during implementation ofthe action or afterwards and in accordance
with Article 25.2 — any information requested in order to verify eligibility of the costs, proper
implementation of the action and compliance with any other obligation under the Agreement.

12.2 Obligation to keep information up to date and to inform about events and circumstances
likely to affect the Agreement

Each beneficiary must keep information stored in the Beneficiary Register (via the electronic
exchange system; see Article 36) up to date, in particular, its name, address, legal representatives,
legal fbrm and organisation type.

Each beneficiary must immediately inform the coordinator — which must immediately inform the
Agency and the other beneficiaries — of any of the following:

(a) events which are likely to affect significantly or delay the implementation of the action or the
EUs financial interests, in particular:

(i) changes in its legal, financial, technical, organisational or ownership situation

(b) circumstances affecting:

(i) the decision to award the grant or

(ii) compliance with requirements under the Agreement.

12.3 Consequences of non-compliance

If a beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 13— KEEPING RECORDS — SUPPORTING DOCUMENTATION

.t /
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13.1 Obligation to keep records and other supporting documentation

The beneficiaries must — for a period of five years after the payment of the balance keep records
and other supporting documentation, in order to pro’e the proper implementation of the action and
the costs they declare as eligible.

They must make them available upon request (see Article 12) or in the context of checks, reviews,
audits or investigations (see Article 17).

If there are on-going checks, reviews, audits, investigations, litigation or other pursuits of claims under
the Agreement (including the extension of findings; see Articles 17), the beneficiaries must keep the
records and other supporting documentation until the end of these procedures.

The beneficiaries must keep the original documents. Digital and digitalised documents are considered
originals if they are authorised by the applicable national law. The Agency may accept non-original
documents if it considers that they offer a comparable level of assurance.

13.1.1 Records and other supporting documentation on the scientific and technical
implementation

The beneficiaries must keep records and other supporting documentation on the technical
implementation of the action, in line with the accepted standards in the respective field.

13.1.2 Records and other documentation to support the costs declared

The beneficiaries must keep the records and documentation supporting the costs declared, in particular
the following:

(a) for actual costs: adequate records and other supporting documentation to prove the costs
declared, such as contracts, subcontracts, invoices and accounting records. In addition, the
beneficiaries’ usual cost accounting practices and internal control procedures must enable direct
reconciliation between the amounts declared, the amounts recorded in their accounts and the
amounts stated in the supporting documentation;

(b) for flat-rate costs: adequate records and other supporting documentation to prove the eligibility
of the costs to which the flat-rate is applied. The beneficiaries do not need to identit’ the costs
covered or provide supporting documentation (such as accounting statements) to prove the
amount declared at a flat-rate.

In addition, for personnel costs (declared as actual costs), the beneficiaries must keep time records
fbr the number of hours declared. The time records must be in writing and approved by the persons
orking on the action and their supervisors, at least monthly. In the absence of reliable time records
of the hours worked on the action, the Agencl’ may accept alternative evidence supporting the number
of hours declared, if it considers that it offers an adequate level of assurance.

As an exception, for persons working exclusively on the action, there is no need to keep time records.
if the beneficiary signs a declaration confirming that the persons concerned ha e orked exclusively
on the action.
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13.2 Consequences of non-corn pliance

If a beneficiary breaches any of its obligations under this Article, costs insufficiently substantiated
will be ineligible (see Article 6) and will be rejected (see Article 26). and the grant may be reduced
(see Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 14— SUBMISSION OF DELIVERABLES

14.1 Obligation to submit deliverables

The coordinator must submit the deliverables’ identified in Annex 1 (if any), in accordance with the
timing and conditions set out in it.

14.2 Consequences of non-compliance

If the coordinator breaches any of its obligations under this Article, the Agency may apply any of the
measures described in Chapter 6.

ARTICLE 15— REPORTING — PAYMENT REQUESTS

15.1 Obligation to submit reports

The coordinator must submit to the Agency (see Article 36) the technical and financial reports set out
in this Article. These reports include the requests for payment and must be drawn up using the forms
and templates provided in the electronic exchange system (see Article 36).

15.2 Reporting periods

The action is divided into the following ‘reporting periods’:

- RPI: from month Ito month 12
- RP2’fronz month 13 to month 24
- RP3. from month 25 to month 36

15.3 Periodic reports — Requests for interim payments

The coordinator must submit a periodic report within 60 days following the end of each reporting
period.

The periodic report must include the following:

(a) a periodic technical report containing:

(i) an explanation of the work carried out by the beneuiciaries

(ii) an oerview of the progress to\ards the objectives of the action, including milestones
and deliverables identified in Annex 1.

This report must include explanations justifying the differences beteen work expected
to be carried out in accordance ith Annex I and that actually carried out;
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(iii) a summary for publication by the Agency;

(iv) the answers to the ‘questionnaire covering issues related to the action implementation
and its impact, ifrequired in Annex 1;

(b) a ‘periodic financial reporf containing:

(i) an ‘individual financial statemenf (see Annex 4) from each beneficiary, for the
reporting period concerned.

The individual financial statement must detail the eligible costs (actual costs and fiat-rate
costs; see Article 6) for each budget category (see Annex 2).

The beneficiaries must declare all eligible costs, even if — for actual costs and fiat-
rate costs — they exceed the amounts indicated in the estimated budget (see Annex 2).
Amounts which are not declared in the individual financial statement will not be taken
into account by the Agency.

If an individual financial statement is not submitted for a reporting period, it may be
included in the periodic financial report for the next reporting period.

The individual financial statements of the last reporting period must also detail the
receipts of the action (see Article 5.3.3).

Each beneficiary must certify that:

- the information provided is full, reliable and true;

- the costs declared are eligible (see Article 6);

- the costs can be substantiated by adequate records and supporting documentation
(see Article 13) that will be produced upon request (see Article 12) or in the context
of checks, reviews, audits and investigations (see Article 17), and

- for the last reporting period: that all the receipts have been declared (see
Article 5.3.3);

(ii) an explanation of the use of resources and the information on subcontracting (see Article
10) from each beneficiary, for the reporting period concerned;

(iii) not applicable,

(iv) a periodic summary financial statement (see Annex 4), created automatically by
the electronic exchange system. consolidating the individual financial statements for the
reporting period concerned and including — except for the last reporting period — the
request for interim payment.
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(v) a certi1lcate on the financial statements’ (drawn up in accordance with Annex 5) for
each beneficiary, if:

- the (cumulative) amount of payments it requests as reimbursement of actual costs
(and for which no certificate has yet been submitted) is EUR 325 000 or more and

- the maxinuim grant amount indicated, for that beneficiary, in the estimated budget
(see Annex 2) as reimbursement of actual costs is EUR 750 000 or more.

15.4 Final report — Request for payment of the balance

In addition to the periodic report for the last reporting period, the coordinator must submit the final
report within 60 days following the end of the last reporting period.

The final report must include the following:

(a) a final technical report’ with a sum mary for publication containing:

(i) an overview of the results and their dissemination;

(ii) the conclusions on the action and

(iii) the impact oft/ic action;

(b) a final financial reporf containing:

(i) a ‘final summary financial statemen( (see Annex 4). created automatically by the
electronic exchange system, consolidating the individual financial statements for all
reporting periods and including the request for payment of the balance and

(ii) a ‘certificate on the financial statements’ (drawn up in accordance with Annex 5) for
each beneficiary, if:

- the cumulative amount of payments it requests as reimbursement of actual costs
(and for which no certificate has been submitted) is EUR 325 000 or more and

- the maximum grant amount indicated, for that beneficiary. in the estimated budget
(see Annex 2) as reimbursement of actual costs is EUR 750 000 or more.

15.5 Currency for financial statements and conversion into euro

Financial statements must be drafted in euro.

Beneficiaries with accounting established in a currency other than the euro must convert the costs
recorded in their accounts into euro at the average of the daily exchange rates published in the C series
of the O/flcicil Journal oft/ic European Union. calculated over the corresponding reporting period.

If no daily euro exchange rate is published in the Official Journal (f the European ( ilion for the
currency in question. they must be converted at the average of the monthly accounting rates published
on the Commissions ebsite. calculated over the corresponding reporting period.
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Beneficiaries with accounting established in euro must convert costs incurred in another currency into
euro according to their usual accounting practices.

15.6 Language of reports

All reports (technical and financial reports, including financial statements) must be submitted in the
language of the Agreement.

15.7 Consequences of non-compliance Suspension of the payment deadline — Termination

ifthe reports submitted do not comply with this Article, the Agency may suspend the payment deadline
(see Article 31) and apply any of the other measures described in Chapter 6.

if the coordinator breaches its obligation to submit the reports and if it fails to comply with this
obligation within 30 days following a written reminder sent by the Agency, the Agreement may be
terminated (see Article 34).

ARTiCLE 16— PAYMENTS AND PAYMENT ARRANGEMENTS

16.1 Payments to be made

The following payments will be made to the coordinator:

- one pre-financing payment;

- one or more interim payments, on the basis of the request(s) for interim payment (see
Article 15). and

- one payment of the balance, on the basis of the request for payment of the balance (see
Article 15).

16.2 Pre-financing payment—Amount

The aim of the pre-financing is to provide the beneficiaries with a float.

It remains the property of the EU until the payment of the balance.

The amount of the pre-financing payment will be EUR 1,313,993.70 (one million three hundred and
thirteen thousand nine hundred and ninety three EURO and seventy eurocents).

The Agency will — except ifArticle 32 applies — make the pre-financing payment to the coordinator
within 30 days. either from the entry into force of the Agreement (see Article 42) or from 10 days
before the starting date of the action (see Article 3), whichever is the latest.

16.3 Interim payments — Amount — Calculation

interim payments reimburse the eligible costs incurred for the implementation of the action during
the corresponding reporting periods.

The Agency will pay to the coordinator the amount due as interim payment within 60 days from
receiving the periodic report (see Article 15.3). except ifAilicles 31 32 apply.
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Payment is subject to the approval of the periodic report. Its approval does not imply recognition of
the compliance, authenticity. completeness or correctness of its content.

The amount due as interim payment is calculated by the Agency in the following steps:

Step 1 — Application of the reimbursement rate

Step 2 — Limit to 90% of the maximum grant amount

16.3.1 Step 1 — Application of the reimbursement rate

The reimbursement rate (see Article 5.2) is applied to the eligible costs (actual costs and flat-rate costs;
see Article 6) declared by the beneficiaries (see Article 15) and approved by the Agency (see above)
for the concerned reporting period.

16.3.2 Step 2— Limit to 90% of the maximum grant amount

The total amount of pre-financing and interim payments must not exceed 90% of the maximum grant
amount set out in Article 5.1. The maximum amount for the interim payment will be calculated as
follows:

{90°/o of the maximum grant amount (see Article 5.1)

minus

(pre-financing and previous interim payments }).

16.4 Payment of the balance — Amount — Calculation

The payment of the balance reimburses the remaining part of the eligible costs incurred by the
beneficiaries for the implementation of the action.

If the total amount of earlier payments is greater than the final grant amount (see Article 5.3). the
payment of the balance takes the form of a recovery (see Article 28).

If the total amount of earlier payments is lower than the final grant amount, the Agency will pay the
balance within 60 days from receiving the final report (see Article 15.4), except if Articles 31 or 32

apply.

Payment is subject to the approval of the final report. Its approval does not imply recognition of the
compliance, authenticity. completeness or correctness of its content.

The amount due as the balance is calculated by the Agency by deducting the total amount of pre
financing and interim payments (if any) already made, from the final grant amount determined in
accordance with Article 5.3:

(final grant amount (see Article 5.3)

nnus

{pre-linancing and interim payments (if any) inade(}.

If the balance is positive, it will he paid to the coordinator.

-C. I ‘, -
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The amount to be paid may however be offset without the beneficiary’s consent against any
other amount owed by a beneficiary to the Agency, the Commission or another executive agency
(under the EU or Euratom budget), up to the maximum EU contribution indicated, for that beneficiary,
in the estimated budget (see Annex 2).

If the balance is negative, it will be recovered.

16.5 Notification of amounts due

When making payments, the Agency will ftwmally notify to the coordinator the amount due,
specifying whether it concerns an interim payment or the payment of the balance.

For the payment of the balance, the notification will also specify the final grant amount.

In the case of reduction of the grant or recovery of undue amounts, the notification will be preceded
by the contradictory procedure set out in Articles 27 and 28.

16.6 Currency for payments

The Agency will make all payments in euro.

16.7 Payments to the coordinator — Distribution to the beneficiaries

Payments will be made to the coordinator.

Payments to the coordinator will discharge the Agency from its payment obligation.

The coordinator must distribute the payments between the beneficiaries without unjustified delay.

Pre-financing may however be distributed only:

(a) if 90% of the beneficiaries have acceded to the Agreement (see Article 40) and

(b) to beneficiaries that have acceded to the Agreement (see Article 40).

16.8 Bank account for payments

All payments will be made to the following bank account:

Name of bank: TRESOR PUBLIC
Address of branch: 94, R DE REAUMUR PARIS, France
Full name of the account holder: ACS INSERM PARIS VI ST ANTOINE
Full account number (including bank codes):
IBAN code: FR76 10071750000000100523686

16.9 Costs of payment transfers

The cost of the payment transfers is borne as follows:

- the Agency hears the cost of transfers charged by its bank;

2:’/ 2c,
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- the beneficiary bears the cost of transfers charged by its bank;

- the party causing a repetition of a transfer bears all costs of the repeated transfer.

16.10 Date of payment

Payments by the Agency are considered to have been carried out on the date when they are debited
to its account.

16.11 Consequences of non-compliance

16.11.1 If the Agency does not pay within the payment deadlines (see above), the beneficiaries are
entitled to late-payment interest at the rate applied by the European Central Batik (ECB) for its main
refinancing operations in euros (‘reference rat&). plus three and a half points. The reference rate is
the rate in force on the first day of the month in which the payment deadline expires, as published in
the C series of the Official Journal ofthe European Union.

If the late-payment interest is lower than or equal to EUR 200, it will be paid to the coordinator only
upon request submitted within two months of receiving the late payment.

Late-payment interest is not due if all beneficiaries are EU Member States (including regional and
local government authorities or other public bodies acting on behalfof a Member State for the purpose
of this Agreement).

Suspension of the payment deadline or payments (see Articles 31 and 32) will not be considered as
late payment.

Late-payment interest covers the period running from the day following the due date for payment (see
above), up to and including the date of payment.

Late-payment interest is not considered for the purposes of calculating the final grant amount.

16.11.2 lIthe coordinator breaches any of its obligations under this Article, the grant may be reduced
(see Article 27) and the Agreement or the participation of the coordinator may be terminated (see
Article 34).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 17— CHECKS, REVIEWS, AUDITS AND INVESTIGATIONS — EXTENSION
OF FINDINGS

17.1 Checks, reviews and audits by the Agency and the Commission

17.1.1 Right to carry out checks

The Agency or the Commission will — during the implementation ofthe action or afterwards — check
the proper implementation of the action and compliance with the obligations under the Agreement,
including assessing deliverables and reports.

For this purpose. the Agency or the Commission may be assisted by external persons or bodies.
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The Agency or the Commission may also request additional information in accordance with Article 12.

The Agency or the Commission may request beneficiaries to provide such information to it directly.

Information provided must be accurate, precise and complete and in the format requested. including

electronic format.

17.1.2 Right to carry out reviews

The Agency or the Commission may — during the implementation of the action or afterwards —

carry out reviews on the proper implementation of the action (including assessment of deliverables

and reports) and compliance with the obligations under the Agreement.

Reviews may be started up to Jive years after the payment of the balance. They will be formally

notified to the coordinator or beneficiary concerned and will be considered to have started on the date

of the formal notification.

If the review is carried out on a third party (see Articles 9, 10, 11), the beneficiary concerned must

inform the third party.

The Agency or the Commission may carry out reviews directly (using its own staff) or indirectly (using

external persons or bodies appointed to do so). It will inform the coordinator or beneficiary concerned
of the identity of the external persons or bodies. They have the right to object to the appointment on

grounds of commercial confidentiality.

The coordinator or beneficiary concerned must provide — within the deadline requested — any
information and data in addition to deliverables and reports already submitted (including information
on the use of resources). The Agency or the Commission may request beneficiaries to provide such
information to it directly.

The coordinator or beneficiary concerned may be requested to participate in meetings, including with

external experts.

For on-the-spot reviews, the beneficiaries must allow access to their sites and premises. including to
external persons or bodies, and must ensure that information requested is readily available.

Information provided must be accurate, precise and complete and in the format requested, including

electronic format.

On the basis of the review findings, a review report’ will be drawn up.

The Agency or the Commission will formally notit’ the review report to the coordinator or beneficiary
concerned, which has 30 days to formally notify observations (‘contradictory review procedure’).

Reviews (including review reports) are in the language of the Agreement.

17.1.3 Right to carry out audits

The Agency or the Commission may — during the implementation of the action or afterwards —

carry out audits on the proper implementation of the action and compliance with the obligations under
the Agreement.
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Audits may be started up tofi’e years after the payment of the balance. They will be formally
notified to the coordinator or beneficiary concerned and will be considered to have started on the date
of the formal notification.

If the audit is carried out on a third party (see Articles 9. 10, 11), the beneficiary concerned must
inform the third party.

The Agency or the Commission may carry out audits directly (using its own staff) or indirectly (using
external persons or bodies appointed to do so). It will inform the coordinator or beneficiary concerned
of the identity of the external persons or bodies. They have the right to object to the appointment on
grounds of commercial confidentiality.

The coordinator or beneficiary concerned must provide — within the deadline requested — any
information (including complete accounts, individual salary statements or other personal data) to
verify compliance with the Agreement. The Agency or the Commission may request beneficiaries to
provide such information to it directly.

For on-the-spot audits, the beneficiaries must allow access to their sites and premises, including to
external persons or bodies, and must ensure that information requested is readily available.

Information provided must be accurate, precise and complete and in the format requested, including
electronic format.

On the basis of the audit findings, a ‘draft audit report’ will be drawn up.

The Agency or the Commission will formally notify the draft audit report to the coordinator or
beneficiary concerned, which has 30 days to formally notify observations (‘contradictory audit
procedure’). This period may be extended by the Agency or the Commission in justified cases.

The ‘final audit report’ will take into account observations by the coordinator or beneficiary
concerned. The report will be formally notified to it.

Audits (including audit reports) are in the language of the Agreement.

The Agency or the Commission may also access the beneficiaries’ statutory records for the periodical
assessment of flat-rate amounts.

17.2 Investigations by the European Anti-Fraud Office (OLAF)

Under Regulations No 883/2013 and No 21 85/966 (and in accordance with their provisions and
procedures), the European Anti-Fraud Office (OLAF) may at any moment during implementation
of the action or afterwards — carry out investigations, including on-the-spot checks and inspections,
to establish whether there has been fraud, corruption or any other illegal acti it)’ affecting the financial
interests of the EU.

Regulation (EU, Euratorn) No 883 2013 of the European Parliament and of the Council of Ii September 2013
concerning ins estigations conducted by the European Anti-Fraud Office (01 AF) and repealing Regulation (EC)
No 1073,1999 of the European Parliament and of the Council and Council Regulation (Euratoin) No 1074’ 1999 (OJ
L 232. 18.09.2013. p. 1).
Council Regulation (Euraturn, EC) No 2 I 85. 1996 of I 1 Nos ember 1996 concerning on-the-spot checks and inspections
carried out by the Commission in order to protect the European Communities tinancial interests against fraud and other
irregularities (OJ F 292. 15.11.1996. p. 2).

23 / 2L
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17.3 Checks and audits by the European Court of Auditors (ECA)

Under Article 287 of the Treaty on the Functioning of the European Union (TFEU) and Article 161 of

the Financial Regulation No 966/201 2, the European Court ofAuditors (ECA) may —at any moment
during implementation of the action or afterwards — carry out audits.

The ECA has the right of access for the purpose of checks and audits.

17.3 Checks, re lews, auditc and in estigations for international orgonisalious

17.5 Consequences of findings in checks, reviews, audits and investigations —Extension of
findings

17.5.! Findings in this grant

Findings in checks, reviews, audits or investigations carried out in the context of this grant may lead
to the rejection of ineligible costs (see Article 26), reduction of the grant (see Article 27), recovery of
undue amounts (see Article 28) or to any of the other measures described in Chapter 6.

Rejection of costs or reduction of the grant after the payment of the balance will lead to a revised final
grant amount (see Article 5.4).

Findings in checks, reviews, audits or investigations may lead to a request for amendment for the
modification of Annex I (see Article 39).

Checks, reviews, audits or investigations that find systemic or recurrent errors, irregularities, fraud or
breach of obligations may also lead to consequences in other EU or Euratom grants awarded under
similar conditions (‘extension of findings from this grant to other grants’).

Moreover, findings arising from an OLAF investigation may lead to criminal prosecution under
national law.

17.5.2 Findings in other grants

The Agency or the Commission may extend findings from other grants to this grant (‘extension of
findings from other grants to this grant’), it

(a) the beneficiary concerned is found, in other EU or Euratom grants awarded under similar
conditions, to have committed systemic or recurrent errors, irregularities, fraud or breach of
obligations that have a material impact on this grant and

(b) those findings are formally notified to the beneficiary concerned — together with the list of
grants affected by the findings — no later thanJive years after the payment of the balance
of this grant.

Regulation (EU. Euratoin) No 966/2012 of the European Parliament and of the Council of 25 October 2012 on the
Enancial rules applicable to the general budget of the Union and repealing Council Regulation (EQ. Furatom( No
1605 2002 QFinancial Regulation No 966/2012) (OJ L 298. 26.10.2012, p. 1).
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The extension of findings may lead to the rejection of costs (see Article 26), reduction of the grant
(see Article 27), recovery of undue amounts (see Article 28). suspension of payments (see Article 32),
suspension of the action implementation (see Article 33) or termination (see Article 34).

17.5.3 Procedure

The Agency or the Commission will formally notify the beneficiary concerned the systemic or
recurrent errors and its intention to extend these audit findings, together with the list ofgrants affected.

17.5.3.1 If the findings concern eligibility of costs: the formal notification will include:

(a) an invitation to submit observations on the list of grants affected by the findings;

(b) the request to submit revised financial statements for all grants affected:

(c) the correction rate for extrapolation established by the Agency or the Commission on
the basis of the systemic or recurrent errors, to calculate the amounts to be rejected, if the
beneficiary concerned:

(i) considers that the submission of revised financial statements is not possible or
practicable or

(ii) does not submit revised financial statements.

The beneficiary concerned has 90 days from receiving notification to submit observations, reised
financial statements or to propose a duly substantiated alternative correction method. This period
may be extended by the Agency or the Commission in justified cases.

The Agency or the Commission may then start a rejection procedure in accordance with the procedure
set out in Article 26, either on the basis of the revised financial statements or the rate announced.

17.5.3.2 If the findings concern improper implementation or a breach of another obligation: the
formal notification will include:

(a) an invitation to submit observations on the list of grants affected by the findings and

(b) the flat-rate the Agency or the Commission intends to apply according to the principle of
proportionality.

The beneficiary concerned has 90 days from receiving notification to submit observations or to
propose a duly substantiated alternative flat-rate.

The Agency or the Commission may then start a reduction procedure in accordance ith the procedure
set out in Article 27. either on the basis of the a1ternatie flat-rate or the flat-rate announced.

17.6 Consequences of non-compliance

Ifa beneficiary breaches any of its obligations under this Article, any insufficiently substantiated costs
will be ineligible (see Article 6) and will be rejected (see Article 26).

Such breaches may also lead to any of the other measures described in Chapter 6.

/
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ARTICLE 18— EVALUATION OF THE IMPACT OF THE ACTION

18.1 Right to evaluate the impact of the action

The Agency or the Commission may carry out interim and final evaluations of the impact of the action
measured against the objective of the EU programme.

Evaluations may be started during implementation of the action and up to Jive years after the
payment of the balance. The evaluation is considered to start on the date of the formal notification
to the coordinator or beneficiaries.

The Agency or the Commission may make these evaluations directly (using its own staff) or indirectly
(using external bodies or persons it has authorised to do so).

The coordinator or beneficiaries must provide any information relevant to evaluate the impact of the
action, including information in electronic format.

18.2 Consequences of non-compliance

If a beneficiary breaches any of its obligations under this Article, the Agency may apply the measures
described in Chapter 6.

SECTION 3 OTHER RIGHTS AND OBLIGATIONS

ARTICLE 19— PRE-EXISTING RIGHTS AND OWNERSHIP OF THE RESULTS
(INCLUDING INTELLECTUAL AND INDUSTRIAL PROPERTY RIGHTS)

19.1 Pre-existing rights and access rights to pre-existing rights

Where industrial and intellectual property rights (including rights of third parties) exist prior to the
Agreement. the beneficiaries must establish a list of these pre-existing industrial and intellectual
property rights, specifying the owner and any persons that have a right of use.

The coordinator must — before starting the action submit this list to the Agency.

The beneficiaries must give each other (and their affiliated entities) access to any pre-existing
industrial and intellectual property rights needed for the implementation of the action and compliance
with the obligations under the Agreement.

19.2 Ownership of results and rights of use

The results of the action (including the reports and other documents relating to it) are owned by the
beneficiaries.

The beneficiaries must give the Agency and the Commission the right to use the results for their
communication activities under Article 22.

19.3 Consequences of non-compliance

If a beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27).

2/ 2
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Such a breach tnay also lead to any of the other measures described in Chapter 6.

ARTICLE 20— CONFLICT OF INTERESTS

20.1 Obligation to avoid a conflict of interests

The beneficiaries must take all measures to prevent any situation where the impartial and objective
implementation of the action is compromised for reasons involving economic interest, political or
national affinity, family or emotional ties or any other shared interest (‘conflict of interests’).

They must formally notify to the Agency without delay any situation constituting or likely to lead to
a conflict of interests and immediately take all the necessary steps to recti1’ this situation.

The Agency may verifj that the measures taken are appropriate and may require additional measures
to be taken by a specified deadline.

20.2 Consequences of non-compliance

If a beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27) and the Agreement or participation of the beneficiary may be terminated (see Article 34).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 21— CONFIDENTIALITY

21.1 General obligation to maintain confidentiality

During implementation of the action and for five years after the payment of the balance, the parties
must keep confidential any data, documents or other material (in any form) that is identified as
confidential at the time it is disclosed (contidential information’).

They may use confidential information to implement the Agreement.

The confidentiality obligations no longer apply if:

(a) the disclosing party agrees to release the other party;

(b) the information becomes generally and publicly available, without breaching any
confidentiality obligation;

(c) the disclosure of the confidential information is required by EU or national law.

21.2 Consequences of non-compliance

If a beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 22— PROMOTING THE ACTION — VISIBILITY OF EU FUNDING

/ 2i3



n n77024 RD-ACTlO IIP-JA-20l4
Associated with document Ref. Ares(2015)3186279 - 29/07/2015

22.1 Communication activities by the beneficiaries

22.1.1 General obligation to promote the action and its results

The beneficiaries must promote the action and its results.

22.1.2 Information on EU funding— Obligation and right to use of the EU emblem

Unless the Agency requests or agrees otherwise, any communication activity related to the action
(including at conferences, seminars, in information material, such as brochures, leaflets, posters,
presentations, etc., in electronic form, via social media, etc.) and any infrastructure, equipment or
major results funded by the grant must:

(a) display the EU emblem and

(b) include the following text:

This [insert appropriate descrtytion, e.g. report, publication, co,tfërence, infrastructure, equipment, insert
type of result, etc.] is part of the pI’oject joint action ‘6770.24 RD-ACTION’ which has received funding
from the Euivpean Union t health Programme (.2014-2020),

When displayed in association with another logo, the EU emblem must have appropriate prominence.

For the purposes of their obligations under this Article, the beneficiaries may use the EU emblem
without first obtaining approval from the Agency.

This does not, however, give them the right to exclusive use.

Moreover, they may not appropriate the EU emblem or any similar trademark or logo, either by
registration or by any other means.

22.1.3 Disclaimer excluding Agency/Commission responsibility

Any communication activity related to the action must indicate the following disclaimer:

“Time conte,it of this [insert appmvpriafe descriotion, e.g. report, publication, conference, etc.] represents the
views oft/ic author only and is hi,c he,’ sole responsibility: it can ,,ot be considered to reflect the views of the
European Commission and or 1/ic Consumers, health, Agriculture and Food Executive .lgenLy or any othe,’
body of the European Union. 7’/ie European (‘ommnission and the Agency do not accept any responsibility for
use that may be made of the i’tforniation it contains.

22.2 Communication activities by the Agency

22.2.1 Right to use the beneficiaries’ materials, documents or information

The Agency may use information relating to the action, documents notably summaries for publication
and public deli’, erables as well as any other material, such as pictures or audio-visual material that it
receives from any beneficiary (including in electronic form).

This does not change the confidentiality obligations in Article 21, which still apply.

l’he right to use the beneficiary’s materials, documents and information includes:

1m / 2i
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(a) use for its own purposes (in particular, making them available to persons working for the
Agency or any other EU institution, body, office or agency or body or institutions in EU
Member States; and copying or reproducing them in whole or in part, in unlimited numbers);

(b) distribution to the public (in particular, publication as hard copies and in electronic or digital
format, publication on the internet. as a downloadable or non-downloadable file, broadcasting
by any channel, public display or presentation, communicating through press information
services, or inclusion in widely accessible databases or indexes);

(c) editing or redrafting for communication and publicising activities (including shortening,
summarising, inserting other elements (such as meta-data, legends, other graphic. visual, audio
or text elements), extracting parts (e.g. audio or video files), dividing into parts, use in a
compilation);

(d) translation;

(e) giving access in response to individual requests under Regulation No 1049/200 18, without
the right to reproduce or exploit;

(f) storage in paper, electronic or other form;

(g) archiving, in line with applicable document-management rules, and

(h) the right to authorise third parties to act on its behalf or sub-license the modes of use set out
in Points (b),(c),(d) and (0 to third parties if needed fbr the communication and publicising
activities of the Agency.

If the right of use is subject to rights of a third party (including personnel of the beneficiary), the
beneficiary must ensure that it complies with its obligations under this Agreement (in particular, by
obtaining the necessary approval from the third parties concerned).

Where applicable (and if provided by the beneficiary). the Agency will insert the following
information:

c— [earj — [name of the copy right ownerj. All rights reserved. Licensed to the Consumers. I lealth, Agriculture
and Food Executive Agency (CHAFEA) under conditions.”

22.3 Consequences of non-compliance

If the beneficiary breaches any of its obligations under this Article, the grant may be reduced (see
Article 27).

Such breaches may also lead to any of the other measures described in Chapter 6.

ARTICLE 23— PROCESSING OF PERSONAL DATA

Regulation (EU) No 10492001 ofthe Eumpean Parliament and of the Council of30 May 2001 regarding public access
to European Parliament. Council and Commission documents. OJ 1 135. 31.5.2001, p. 43.

2/ 2tE



i\CçJ)t) -.

-

n

a;t \ .iju .u 677024 RD—ACTION — IIP—JA—2014
Associated with document Ref. Ares(2015)31 86279- 29/07/2015

23.1 Processing of personal data by the Agency and the Commission

Any personal data under the Agreement will be processed by the Agency or the Commission under

Regulation No 23/2OOl and according to the ‘notifications of the processing operations’ to the Data
Protection Officer (DPO) of the Agency or the Commission (publicly accessible in the DPO register).

Such data will be rocessed by the ‘data controller’ of the Agency or the Commission, for the
purposes of implementing, managing and monitoring the Agreement or protecting the financial
interests of the EU or Euratom (including checks, reviews, audits and investigations; see Article 17).

The persons whose personal data are processed have the right to access and correct their own personal
data. For this purpose, they must send any queries about the processing oftheir personal data to the data
controller, via the contact point indicated in the privacy statement(s) on the Agency and Commission
websites.

They also have the right to have recourse at any time to the European Data Protection Supervisor
(EDPS).

23.2 Processing of personal data by the beneficiaries

The beneficiaries must process personal data under the Agreement in compliance with applicable EU
and national law on data protection (including authorisations or notification requirements).

The beneficiaries may grant their personnel access only to data that is strictly necessary for
implementing, managing and monitoring the Agreement.

The beneficiaries must inform the personnel whose personal data are collected and processed by the
Agency or the Commission. For this purpose, they must provide them with the privacy statement(s)
(see above), before transmitting their data to the Agency or the Commission.

23.3 Consequences of non-compliance

If a beneficiary breaches any of its obligations under Article 23.2, the Agency may apply any of the
measures described in Chapter 6.

ARTICLE 24— ASSIGNMENTS OF CLAIMS FOR PAYMENT AGAINST THE AGENCY

The beneficiaries may not assign any of their claims for payment against the Agency to any third
party. except if approved by the Agency on the basis of a reasoned, written request by the coordinator
(on behalf of the beneficiary concerned).

If the Agency has not accepted the assignment or the terms of it are not observed, the assignment
will have no effect on it.

In rio circumstances ill an assignment release the beneficiaries from their obligations towards the
Agency.

Regulation (EC) No 45/2001 of the European Parliament and of the Council of 18 December 200() on the protection

of individuals with regard to the processing of personal data b the Community institutions and I,odies and on the free

movement of such data (0.1 [. 8. 12.01.2001. p. 1).

. /
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CHAPTERS DIVISION OF BENEFICIARiES’ ROLES AND RESPONSIBILITIES

ARTICLE 25— DIVISION OF BENEFICIARIES’ ROLES AND RESPONSIBILITIES

25.1 Roles and responsibilities towards the Agency

The beneficiaries have full responsibility for implementing the action and complying with the
Agreement.

The beneficiaries are jointly and severally liable for the technical implementation of the action as
described in Annex I. If a beneficiary fails to implement its part of the action, the other beneficiaries
become responsible for implementing this part (without being entitled to any additional EU funding
for doing so), unless the Agency expressly relieves them of this obligation.

The financial responsibility of each beneficiary is governed by Articles 28, 29 and 30.

25.2 Internal division of roles and responsibilities

The internal roles and responsibilities of the beneficiaries are divided as follows:

(a) Each beneficiary must:

(i) keep infbrmation stored in the Beneficiary Register (via the electronic exchange
system) up to date (see Article 12);

(ii) inform the coordinator immediately of any events or circumstances likely to affect
significantly or delay the implementation of the action (see Article 12);

(iii) submit to the coordinator in good time:

- individual financial statements for itself and, if required, certificates on the
financial statements (see Article 15);

- the data needed to draw up the technical reports (see Article 15):

- any other documents or information required by the Agency or the Commission
under the Agreement, unless the Agreement requires the beneficiary to submit
this information directly to the Agency or the Commission.

(b) The coordinator must:

(i) monitor that the action is implemented properly (see Article 7);

(ii) act as the intermediary for all communications between the beneficiaries and the
Agency (in particular. providing the Agency with the information described in
Article 12). unless the Agreement specifies otherise;

(iii) provide a pre-financing guarantee if requested by the Agency (see Article 16.2);

/ 2i
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(iv) request and review any documents or information required by the Agency and veri1’
their completeness and correctness before passing them on to the Agency;

(v) submit the deliverables and reports to the Agency (see Articles 14 and 15);

(vi) ensure that all payments are made to the other beneficiaries without unjustified delay
(see Article 16).

The coordinator may not delegate the above-mentioned tasks to any other beneficiary or subcontract
them to any third party.

25.3 Internal arrangements between beneficiaries — Consortium agreement

The benefIciaries must have internal arrangements regarding their operation and co-ordination to
ensure that the action is implemented properly. These internal arrangements must be set out in a written
‘consortium agreement’ between the beneficiaries, which may cover:

- internal organisation of the consortium:

management of access to the electronic exchange system;

- distribution of EU funding;

- additional rules on rights and obligations related to background and results (including whether
access rights remain or not, if a beneficiary is in breach of its obligations) (see Section 3 of
Chapter 4);

- settlement of internal disputes;

- liability, indemnification and confidentiality arrangements between the beneficiaries.

The consortium agreement must not contain any provision contrary to the Agreement.

CHAPTER 6 REJECTION OF COSTS — REDUCTION OF THE GRANT — RECOVERY
— PENALTIES — DAMAGES — SUSPENSION — TERMINATION — FORCE
MAJEURE

SECTION 1 REJECTION OF COSTS — REDUCTION OF THE GRANT — RECOVERY
— PENALTIES

ARTICLE 26— REJECTION OF INELIGiBLE COSTS

26.1 Conditions

26.1.1 The Agency will — at the time of an interim payment, at the payment of the balance or
afterwards — reject any costs which are ineligible (see Article 6), in particular following checks.
revies, audits or investigations (see Article 17).

2) / •) C)
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26.1.2 The rejection may also be based on the extension of findings from other grants to this grant,
under the conditions set out in Article 17.5.2.

26.2 Ineligible costs to be rejected — Calculation — Procedure

Ineligible costs will be rejected in full.

If the Agency rejects costs without reduction of the grant (see Article 27) or recovery of undue
amounts (see Article 28), it will formally notify the coordinator or beneficiary concerned the rejection
of costs, the amounts and the reasons why (if applicable, together with the notification of amounts
due; see Article 16.5). The coordinator or beneficiary concerned may — within 30 days of receiving
notification — formally notify the Agency of its disagreement and the reasons why.

If the Agency rejects costs with reduction of the grant or recovery of undue amounts, it will
formally notify the rejection in the ‘pre-information letter’ on reduction or recovery set out in
Articles 27 and 28.

26.3 Effects

If the Agency rejects costs at the time of an interim payment or the payment of the balance, it will
deduct them from the total eligible costs declared, fbr the action, in the periodic or final summary
financial statement (see Articles 15.3 and 15.4). It will then calculate the interim payment or payment
of the balance as set out in Articles 16.3 or 16.4.

If the Agency — after an interim payment but before the payment of the balance — rejects costs
declared in a periodic summary financial statement, it will deduct them from the total eligible costs
declared, for the action, in the next periodic summary financial statement or in the final summary
financial statement. It will then calculate the interim payment or payment of the balance as set out
in Articles 16.3 or 16.4.

If the Agency rejects costs after the payment of the balance, it will deduct the amount rejected from
the total eligible costs declared, by the beneficiary, in the final summary financial statement. It will
then calculate the revised final grant amount as set out in Article 5.4.

ARTICLE 27— REDUCTION OF THE GRANT

27.1 Conditions

27.1 .1 The Agency may — at the payment of the balance or afterward — reduce the maximum
grant amount (see Article 5.1), if the action has not been implemented properly as described in Annex
I to the Specific Agreement concerned or another obligation under the Agreement has been breached.

27.1.2 The Agency may also reduce the maximum grant amount on the basis of the extension of
findings from other grants to this grant, under the conditions set out in Article 17.5.2.

27.2 Amount to be reduced — Calculation — Procedure

The amount of the reduction will be proportionate to the improper implementation of the action or
to the seriousness of the breach.

Before reduction of the grant. the Agency will formally notify a ‘pre-information letter’ to the
coordinator or beneficiary concerned:

/ 2t
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- informing it of its intention to reduce the grant. the amount it intends to reduce and the reasons
why and

- inviting it to submit observations within 30 days of receiving notification.

If the Agency does not receive any observations or decides to pursue reduction despite the observations

it has received, it will formally notifi confirmation of the reduction (if applicable, together with the

notification of amounts due; see Article 16).

27.3 Effects

If the Agency reduces the grant at the time of the payment of the balance, it will calculate the

reduced grant amount for the action and then determine the amount due as payment of the balance

(see Article 5.3.4 and Article 16.4).

If the Agency reduces the grant after the payment of the balance, it will caLculate the revised final

grant amount (see Article 5.4). If the revised final grant amount is lower than the final grant amount,

the Agency will recover the difference (see Article 28).

ARTICLE 28— RECOVERY OF UNDUE AMOUNTS

28.1 Amount to be recovered — Calculation — Procedure

The Agency will — at the payment of the balance or afterwards — claim back amount that was

paid but is not due under the Agreement.

The coordinator is fully liable for repaying debts of the consortium (under the Agreement) even if it

has not been the final recipient of those amounts.

In addition, the beneficiaries (including the coordinatoi) are jointly and severally liablefor repaving

any unpaid dehis under the Agreement (due 1w the consortium or any beneficiary, including late

payment interest,.) up to the maxi,nu,n EU contribution indicated, for each beneficiary, in the

estimated budget r”as last amended: see Annex 2).

28.1.1 Recovery at payment of the balance

If the payment of the balance takes the form of a recovery (see Article 16.4). the Agency will fhrmally

notif’ a ‘pre-information letter’ to the coordinator:

- informing it of its intention to recover, the amount due as the balance and the reasons why and

- inviting the coordinator to submit observations within 30 days of receiving notification.

If no observations are submitted or the Agency decides to pursue recovery despite the observations
it has received, it will confirm the amount to be recovered and formally notit’ to the coordinator a

debit note with the terms and the date for payment (together with the notiticatiori of amounts due;

see Article 16.5).

If payment is not made by the date specified in the debit note, the Agency or the Commission will

recover the amount:

(c /
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(a) by ‘offsetting’ it — without the coordinatofs consent — against any amounts owed to the
coordinator by the Agency, Commission or another executive agency (from the EU or Euratom
budget).

In exceptional circumstances, to safeguard the EU’s financial interests, the Agency may offset
before the payment date specified in the debit note;

(b) not applicable,

(c) by holding the other beneficiaries jointly and severally liable — up to the maximum EU
confrihution indicated, fir each beneficiary, in the estimated budget (as last amended; see
Annex 2,);

(d) by taking legal action (see Article 41) or by adopting an enforceable decision under
Article 299 of the Treaty on the Functioning of the EU (TFEU) and Article 79(2) of the
Financial Regulation No 966/2012.

If payment is not made by the date in the debit note, the amount to be recovered (see above) will be
increased by late-payment interest at the rate set out in Article 16.11, from the day following the
payment date in the debit note, up to and including the date the Agency or the Commission receives
full payment of the amount.

Partial payments will be first credited against expenses, charges and late-payment interest and then
against the principal.

Bank charges incurred in the recovery process will be borne by the beneficiary, unless Directive
2007/64/EC applies.

28.1.2 Recovery of amounts after payment of the balance

If— after the payment of the balance — the Agency revised the final grant amount for the action (see
Article 5.4). due to a rejection of costs or reduction of the grant, and the revised final grant amount is
lower than the final grant amount (see Article 5.3), the Agency will:

- if the rejection or reduction does not concern a specific beneficiary (or its affiliated entities):
claim back the difiBrence from the coordinator (even if it has not been the final recipient of
the amount in question)

or

- otherwise: claim back the difference from the beneficiary concerned.

The Agency vi II formally notify a pre-information letter to the coordinator or beneficiary concerned:

- informing it of its intention to recover, the amount to be repaid and the reasons why and

- inviting it to submit observations within 30 days of receiving notification.

If no observations are submitted or the Agency decides to pursue recovery despite the observations
it has received, it ill confirm the amount to be recoered and formally notif’ to the coordinator or
beneficiary concerned a debit note. This note will also specif’ the terms and the date for payment.
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If payment is not made by the date specified in the debit note, the Agency or the Commission will
recover the amount:

(a) by ‘offsetting’ it without the coordinator’s or beneficiary’s consent against any amounts
owed to the coordinator or beneficiary by the Agency, Commission or another executive agency
(from the EU or Euratom budget).

In exceptional circumstances, to safeguard the EU’s financial interests, the Agency may offset
before the payment date specified in the debit note;

(b) by holding the other beneficiaries joinfly and severally liable, up to the maximum EU
contribution indicated, jbr each beneficiary in the estimated budget (as last amended: see
Annex 2);

(c) by taking legal action (see Article 41) or by adopting an enforceable decision under
Article 299 of the Treaty on the Functioning of the EU (TFEU) and Article 79(2) of the
Financial Regulation No 966/2012.

If payment is not made by the date in the debit note, the amount to be recovered (see above) will be
increased by late-payment interest at the rate set out in Article 16.11, from the day following the date
for payment in the debit note, up to and including the date the Agency or the Commission receives
full payment of the amount.

Partial payments will be first credited against expenses, charges and late-payment interest and then
against the principal.

Bank charges incurred in the recovery process will be borne by the beneficiary, unless Directive
2007/64/EC applies.

ARTICLE 29— ADMINISTRATIVE AND FINANCIAL PENALTIES

29.1 Conditions

Under Articles 109 and 13 1(4) of the Financial Regulation No 966/2012, the Agency may impose
administrative and financial penalties if a beneficiary:

(a) has committed substantial errors, irregularities or fraud or is in serious breach of its obligations
under the Agreement or

(b) has made false declarations about information required under the Agreement or for the
submission of the proposal (or has not supplied such information).

Each beneficiary is responsible for paying the financial penalties imposed on it.

Under Article 109(3) of the Financial Regulation No 966’20 12. the Agency or the Commission may
under certain conditions and limits — publish decisions imposing administrative or financial penalties.

29.2 Duration — Amount of penalty — Calculation

Administrative penalties exclude the beneficiary from all contracts and grants financed from the EU
or Euratom budget for a maximum of five years from the date the infringement is established by the
Agency.
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If the beneficiary commits another infringement within five years of the date the first infringement is
established, the Agency may extend the exclusion period up to 10 years.

Financial penalties will be between 2% and 10% of the maximum EU contribution indicated, for the
beneficiary concerned, in the estimated budget (see Annex 2).

If the beneficiary commits another infringement within five years of the date the first infringement is
established, the Agency may increase the rate of financial penalties to between 4% and 20%.

29.3 Procedure

Before applying a penalty, the Agency will formally notify the beneficiary concerned:

- informing it of its intention to impose a penalty, its duration or amount and the reasons why and

- inviting it to submit observations within 30 days.

If the Agency does not receive any observations or decides to impose the penalty despite of
observations it has received, it will formally notifi confirmation of the penalty to the beneficiary
concerned and — in case of financial penalties — deduct the penalty from the payment of the balance
or formally notify a debit note, specif’ing the amount to be recovered, the terms and the date for
payment.

If payment is not made by the date specified in the debit note, the Agency or the Commission may
recover the amount:

(a) by offsetting it — without the beneficiary’s consent against any amounts owed to the
beneficiary concerned by the Agency, Commission or another executive agency (from the EU
or Euratom budget).

In exceptional circumstances, to safeguard the EU’s financial interests, the Agency may offset
before the payment date in the debit note;

(b) by taking legal action (see Article 41) or by adopting an enforceable decision under
Article 299 of the Treaty on the Functioning of the EU (TFEU) and Article 79(2) of the
Financial Regulation No 966/2012.

If payment is not made by the date in the debit note, the amount to be recovered (see above) will be
increased by late-payment interest at the rate set out in Article 16.11, from the day following the
payment date in the debit note, up to and including the date the Agency or the Commission receives
full payment of the amount.

Partial payments will be first credited against expenses. charges and late-pay ment interest and then
against the principal.

Bank charges incurred in the recovery process will be borne by the beneficiary. unless Directive
2007 64 EC applies.

SECTION 2 LIABILITY FOR DAMAGES

ARTICLE 30— LIABILITY FOR DAMAGES
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30.1 Liability of the Agency

The Agency cannot be held liable for any damage caused to the beneficiaries or to third parties as a
consequence of implementing the Agreement, including for gross negligence.

The Agency cannot be held liable for any damage caused by any beneficiaries or third parties involved
in the action, as a consequence of implementing the Agreement.

30.2 Liability of the beneficiaries

30.2.1 Conditions

Except in case of force majeure (see Article 35), the beneficiaries must compensate the Agency for
any damage it sustains as a result of the implementation of the actione or because the action was not
implemented in full compliance with the Agreement.

Each beneficiary is responsible for paying the damages claimed from it.

30.2.2 Amount of damages - Calculation

The amount the Agency can claim from a beneficiary will correspond to the damage caused by that
beneficiary.

30.2.3 Procedure

Before claiming damages, the Agency will formally notify the beneficiary concerned:

- informing it of its intention to claim damages, the amount and the reasons why and

- inviting it to submit observations within 30 days.

If the Agency does not receive any observations or decides to claim damages despite the observations
it has received, it will fomally notify confirmation of the claim for damages and a debit note,
specifying the amount to be recovered, the terms and the date for payment.

If payment is not made by the date specified in the debit note, the Agency or the Commission may
recover the amount:

(a) by offsetting it — without the beneficiary’s consent — against any amounts owed to the
beneficiary concerned by the Agency, Commission or another executive agency (from the EU
or Euratom budget).

In exceptional circumstances, to safeguard the EU’s financial interests, the Agency may ofiset
before the payment date in the debit note;

(b) by taking legal action (see Article 41) or by adopting an enforceable decision under
Article 79(2) of the Financial Regulation No 966 2012 and Article 299 of the Treaty on the
Functioning of the EU (TFEU).

If payment is not made by the date in the debit note, the amount to be recovered (see above) will be
increased by late-payment interest at the rate set out in Article 16.11, from the day following the
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payment date in the debit note, up to and including the date the Agency or the Commission receives
full payment of the amount.

Partial payments will be first credited against expenses, charges and late-payment interest and then
against the principal.

Bank charges incurred in the recovery process will be borne by the beneficiary, unless Directive
2007/64/EC applies.

SECTION 3 SUSPENSION AND TERMINATION

ARTICLE 31— SUSPENSION OF PAYMENT DEADL1NE

31.1 Conditions

The Agency may at any moment — suspend the payment deadline (see Article 16.2 to 16.4) if a
request for payment (see Article 15) cannot be approved because:

(a) it does not comply with the provisions of the Agreement (see Article 15);

(b) the technical reports or financial reports have not been submitted or are not complete or
additional information is needed, or

(c) there is doubt about the eligibility of the costs declared in the financial statements and additional
checks, reviews, audits or investigations are necessary.

31.2 Procedure

The Agency will formally notifi the coordinator of the suspension and the reasons why.

The suspension will take effect the day notification is sent by the Agency (see Article 36).

If the conditions for suspending the payment deadline are no longer met, the suspension will be lifted
and the remaining period will resume.

If the suspension exceeds two months, the coordinator may request the Agency if the suspension will
continue.

If the payment deadline has been suspended due to the non-compliance of the technical or financial
reports (see Article 15) and the revised report or statement is not submitted or was submitted but is
also rejected. the Agency may also terminate the Agreement or the participation of the beneficiary
(see Article 34.3.1).

ARTICLE 32— SUSPENSION OF PAYMENTS

32.1 Conditions

The Agency may — at any moment — suspend. in whole or in part, the pre-tinancing payment and
interim payments for one or more beneficiaries or the payment of the balance for all beneficiaries.
if a beneficiary:
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(a) has committed or is suspected of having committed substantial errors, irregularities, fraud or
serious breach of obligations in the award procedure or under this Agreement or

(b) has committed — in other EU or Euratom grants awarded to it under similar conditions —

systemic or recurrent errors, irregularities, fraud or serious breach of obligations that have a
material impact on this grant (extension of findings from other grants to this grant; see
Article 17.5.2).

32.2 Procedure

Before suspending payments, the Agency will formally notify the coordinator:

- informing it of its intention to suspend payments and the reasons why and

- inviting it to submit observations within 30 days of receiving notification.

Ifthe Agency does not receive observations or decides to pursue the procedure despite the observations
it has received, it will formally notit’ confirmation of the suspension. Otherwise, it will formally
notify that the suspension procedure is not continued.

The suspension will take effect the day the confirmation notification is sent by the Agency.

If the conditions for resuming payments are met, the suspension will be lifted. The Agency will
formally notifj the coordinator.

During the suspension, the periodic report(s) (see Article 15.3) must not contain any individual
financial statements from the beneficiary concerned. When the Agency resumes payments, the
coordinator may include them in the next periodic report.

The beneficiaries may suspend implementation of the action (see Article 33.1) or terminate the
Agreement or the participation of the beneficiary concerned (see Article 34.1 and 34.2).

ARTICLE 33— SUSPENSION OF THE ACTION IMPLEMENTATION

33.1 Suspension of the action implementation, by the beneficiaries

33.1.1 Conditions

The beneficiaries may suspend implementation of the action or any part of it, if exceptional
circumstances — in particularjörce ma/eure (see Article 35) — make implementation impossible or
excessively difficult.

33.1.2 Procedure

The coordinator must immediately formally notify to the Agency the suspension (see Article 36),
stating:

- the reasons why and

- the expected date of resumption.

The suspension will take effect the day this notification is received by the Agency.
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Once circumstances allow for implementation to resume, the coordinator must immediately formally
notify the Agency and request an amendment of the Agreement, to set the date on which the action
will be resumed, extend the duration of the action and make other changes necessary to adapt the action
to the new situation (see Article 39)— unless the Agreement or the participation of a beneficiary has
been terminated (see Article 34).

The suspension will be lifted with effect from the resumption date set out in the amendment. This
date may be before the date on which the amendment enters into force.

Costs incurred during suspension of the action implementation are not eligible (see Article 6).

33.2 Suspension of the action implementation, by the Agency

33.2.1 Conditions

The Agency may suspend implementation of the action or any part of it:

(a) if a beneficiary has committed or is suspected of having committed substantial errors,
irregularities, fraud or serious breach of obligations in the avard procedure or under this
Agreement or

(b) if a beneficiary has committed — in other EU or Euratom grants awarded to it under similar
conditions — systemic or recurrent errors, irregularities, fraud or serious breach of obligations
that have a material impact on this grant (extension of findings from other grants to this
grant; see Article 17.5.2).

33.2.2 Procedure

Before suspending implementation of the action, the Agency will formally notil the coordinator:

- informing it of its intention to suspend the implementation and the reasons why and

- inviting it to submit observations within 30 days of receiving notification.

If the Agency does not receive observations or decides to pursue the procedure despite the observations
it has received, it will formally notit confirmation of the suspension. Otherwise, it will formally
notify that the procedure is not continued.

The suspension will take effect five days after confirmation notification is received by the coordinator
(or on a later date specified in the notification).

It will be lifted if the conditions for resuming implementation of the action are met.

The coordinator ill he formally notified of the lifting and the Agreement will be amended, to set the
date on which the action will be resumed, extend the duration of the action and make other changes
necessary to adapt the action to the new situation (see Article 39)— unless the Agreement has already
been terminated (see Article 34).

The suspension will be lifted ith effect from the resumption date set out in the amendment. This date
may be before the date on hich the amendment enters into force.

Costs incurred during suspension are not eligible (see Article 6).

L; /



1

•\ . 677fl24 RD-ACTION HP-JA-2014
Associated with document Ref. Ares(2015)3186279 - 29/07/2015

The beneficiaries may not claim damages due to suspension by the Agency (see Article 30).

Suspension of the action implementation does not affect the Agency ‘s right to terminate the Agreement
or participation of a beneficiary (see Article 34). reduce the grant or recover amounts unduly paid

(see Articles 27 and 28).

ARTICLE 34— TERMINATION OF THE AGREEMENT OR OF THE PARTICIPATION
OF ONE OR MORE BENEFICIARIES

34.1 Termination of the Agreement, by the beneficiaries

34.1.1 Conditions and procedure

The beneficiaries may terminate the Agreement.

The coordinator must formally notify termination to the Agency (see Article 36), stating:

- the reasons why and

- the date the termination will take effect. This date must be after the notification.

If no reasons are given or if the Agency the Agreement will be considered to have been ‘terminated
improperly’.

The termination will take effect on the day specified in the notification.

34.1.2 Effects

The coordinator must — within 60 days from when termination takes effect — submit:

(i) a periodic report (for the open reporting period until termination; see Article 15.3) and

(ii) the final report (see Article 15.4).

If the Agency does not receive the reports within the deadline (see above), only costs which are
included in an approved periodic report will be taken into account.

The Agency will calculate the final grant amount (see Article 5.3) and the balance (see Article 16.4)
on the basis of the reports submitted. Only costs incurred until termination are eligible (see Article 6).
Costs relating to contracts due for execution only after termination are not eligible.

Improper termination may lead to a reduction of the grant (see Article 27).

After termination, the beneficiaries’ obligations (in particular, Articles 15, 1 7, 1 8. Section 3 of Chapter
4, 21, 22 and 24) continue to apply.

34.2 Termination of the Specific Agreement, by the Agency

34.2.1 Conditions and procedure

The participation of one or more beneficiaries may be terminated by the coordinator, on request of
the beneficiary concerned or on behalf of the other beneficiaries.
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The coordinator must formally notify termination to the Agency (see Article 36) and inform the
beneficiary concerned.

If the coordinator’s participation is terminated without its agreement, the formal notification must be
done by another beneficiary (acting on behalf of the other beneficiaries).

The notification must include:

- the reasons why;

- the opinion of the beneficiary concerned (or proof that this opinion has been requested in
writing);

- the date the termination takes effect. This date must be after the notification, and

- a request for amendment (see Article 39). with a proposal for reallocation of the tasks and the
estimated budget of the beneficiary concerned (see Annexes 1 and 2) and, if necessary, the
addition of one or more new beneficiaries (see Article 40). If termination takes effect after the
period set out in Article 3, no request for amendment must be included, unless the beneficiary
concerned is the coordinator. In this case, the request for amendment must propose a new
coordinator.

If this information is not given or if the Agency considers that the reasons do not justify termination,
the participation will be considered to have been terminated improperly.

The termination will take effect on the day specified in the notification.

34.2.2 Effects

The beneficiary concerned must submit to the coordinator:

(i) a technical report and

(ii) a financial statement covering the period from the end of the last reporting period to the date
when termination takes effect.

This information must be included by the coordinator in the periodic report for the next reporting
period (see Article 15.3).

If the request for amendment is rejected by the Agency (because it calls into question the decision
awarding the grant or breaches the principle of equal treatment of applicants), the Agreement may be
terminated according to Article 34.3.1(c).

If the request for amendment is accepted by the Agency, the Agreement is amended to introduce the
necessary changes (see Article 39).

Improper termination may lead to a reduction of the grant (see Article 27) or termination of the
Agreement (see Article 34).

After termination, the concerned beneficiary’s obligations (in particular Articles 15, 17, 18. Section
3 of Chapter 4. 21.22 and 24) continue to appk.
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34.3 Termination of the Agreement or of the participation of one or more beneficiaries, by the
Agency

34.3.1 Conditions

The Agency may terminate the Agreement or the participation of one or more beneficiaries, if:

(a) one or more beneficiaries do not accede to the Agreement (see Article 40);

(b) a change to their legal, financial, technical, organisational or ownership situation is likely to
substantially affect or delay the implementation ofthe action or calls into question the decision
to award the grant;

(c) following termination ofparticipation for one or more beneficiaries (see above), the necessary
changes to the Agreement would call into question the decision awarding the grant or breach
the principle of equal treatment of applicants (see Article 39);

(d) implementation of the action is prevented by force majeure (see Article 35) or suspended by
the coordinator (see Article 33.1) and either:

(i) resumption is impossible. or

(ii) the necessary changes to the Agreement would call into question the decision
awarding the grant or breach the principle of equal treatment of applicants;

(e) a beneficiary is declared bankrupt, being wound up, having its affairs administered by the
courts, has entered into an arrangement with creditors, has suspended business activities, or
is subject to any other similar proceedings or procedures under national law;

a beneficiary (or a natural person who has the power to represent or take decisions on its
behalf) has been found guilty of professional misconduct, proven by any means;

(g) a beneficiary does not comply with the applicable national law on taxes and social security;

(h) a beneficiary (or a natural person who has the power to represent or take decisions on its
behalf) has committed fraud, corruption, or is involved in a criminal organisation, money
laundering or any other illegal activity affecting the EU’s financial interests;

(i) a beneficiary (or a natural person who has the power to represent or take decisions on its
behalf) has in the award procedure or under the Agreement — committed:

(I) substantial errors, irregularities, fraud or

(ii) serious breach of obligations, including improper implementation of the action,
submission of false information, failure to provide required information, breach of
ethical principles;

(j) a beneficiary has committed — in other EU or Euratom grants awarded to it tinder similar
conditions — systemic or recurrent errors, irregularities, fraud or serious breach of obligations
that have a material impact on this grant (‘extension of findings from other grants to this
grant’).
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Before terminating the Agreement or participation of one or more beneficiaries, the Agency will
formally notif’ the coordinator:

- informing it of its intention to terminate and the reasons why and

- inviting it. within 30 days of receiving notification, to submit observations and — in case of
Point (i.ii) above to inform the Agency of the measures to ensure compliance with the
obligations under the Agreement.

Ifthe Agency does not receive observations or decides to pursue the procedure despite the observations
it has received, it will formally notify to the coordinator confirmation of the termination and the date
it will take effect. Otherwise, it will formally notify that the procedure is not continued.

The termination will take effect:

- for terminations under Points (b), (c), (e). (g) and (i.ii) above: on the day specified in the
notification of the confirmation (see above);

- for terminations under Points (a), (d), (f),(h), (i.i) and U) above: on the day after the notification
of the confirmation is received by the coordinator.

34.3.3 Effects

(a) for termination of the Agreement:

The coordinator must — within 60 days from when termination takes effect — submit:

(i) a periodic report (for the last open reporting period until termination; see Article 15.3)
and

(ii) a final report (see Article 15.4).

If the Agreement is terminated for breach of the obligation to submit the reports (see
Articles 15.7 and 34.3.1), the coordinator may not submit any reports after termination.

If the Agency does not receive the reports within the deadline (see above), only costs which
are included in an approved periodic report will be taken into account.

The Agency will calculate the final grant amount (see Article 5.3) and the balance (see
Article 16.4) on the basis of the reports submitted. Only costs incurred until termination takes
effect are eligible (see Article 6). Costs relating to contracts due for execution only after
termination are not eligible.

This does not affect the Agency’s right to reduce the grant (see Article 27) or to impose
administrative and financial penalties (Article 29).

The beneficiaries may not claim damages due to termination by the Agency (see Article 30).
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After termination, the beneficiaries’ obligations (in particular Articles 15, 17, 18. Section 3 of
Chapter 4,21, 22 and 24) continue to apply.

(b) for termination of the participation of one or more beneficiaries:

The coordinator must — within 60 days from when termination takes effect — submit a request
for amendment (see Article 39). with a proposal for reallocation of the tasks and estimated
budget of the beneficiary concerned (see Annexes 1 and 2) and, if necessary, the addition of
one or more new beneficiaries (see Article 40), If termination is notified after the period set out
in Article 3, no request for amendment must be submitted unless the beneficiary concerned is
the coordinator. In this case the request for amendment must propose a new coordinator.

The beneficiary concerned must submit to the coordinator:

(i) a technical report and

(ii) a financial statement covering the period from the end of the last reporting period to
the date when termination takes effect.

This information must be included by the coordinator in the periodic report for the next
reporting period (see Article 15.3).

If the request for amendment is rejected by the Agency (because it calls into question the
decision awarding the grant or breaches the principle of equal treatment of applicants), the
Agreement may be terminated according to Article 34.3.1(c).

If the request for amendment is accepted by the Agency, the Agreement is amended to
introduce the necessary changes (see Article 39).

After termination, the concerned beneficiary’s obligations (in particular Articles 15, 17, 18,
Section 3 of Chapter 4, 21, 22 and 24) continue to apply.

SECTiON 4 FORCE MAJEURE

ARTICLE 35— FORCE MAJEURE

‘Force majeure’ means any situation or event that:

- prevents either party from fulfilling their obligations under the Agreement,

- was unforeseeable, exceptional situation and beyond the parties’ control.

* was not due to error or negligence on their part (or on the part of third parties involved in the
action). and

- proves to be inevitable in spite of exercising all due diligence.

The following cannot be invoked as force majeure:
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- any default of a service, defect in equipment or material or delays in making them available,
unless they stem directly from a relevant case of force majeule,

- labour disputes or strikes, or

- financial difficulties.

Any situation constituting force majeure must be formally notified to the other party without delay,
stating the nature, likely duration and foreseeable effects.

The parties must immediately take all the necessary steps to limit any damage due to force majeure
and do their best to resume implementation of the action as soon as possible.

The party prevented by force majeure from fulfilling its obligations under the Agreement cannot be
considered in breach of them.

CHAPTER 7 FINAL PROVISIONS

ARTICLE 36— COMMUNICATION BETWEEN THE PARTIES

36.1 Form and means of communication

Communication under the Agreement (information, requests, submissions, ‘formal notifications’, etc.)
must:

- be made in writing and

- bear the number of the Agreement.

Until the payment of the balance: all communication must be made through the electronic exchange
system and using the forms and templates provided there.

After the payment of the balance: formal notifications must be made by registered post with proof
of delivery (‘formal notification on paper’).

Communications in the electronic exchange system must be made by persons authorised according
to the Terms and Conditions of Use of the electronic exchange system’. For naming the authorised
persons, the partner nuist have designated— before the signature of the Framework Partnership
Agreement— a ‘Legal Entity Appointed Representative (LEAR)’. The role and tasks of the LEAR are
stipulated in his/her appointment letter (see Terms and Conditions of Use of the electronic exchange
system).

lfthe electronic exchange system is temporarily unavailable, instructions ill he given on the Agency
and Commission ebsites.

36.2 Date of communication

Communications are considered to have been made when they are sent by the sending party (i.e. on
the date and time they are sent through the electronic exchange system).
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Formal notifications through the electronic exchange system are considered to have been made when
they are received by the receiving party (i.e. on the date and time of acceptance by the receiving party
as indicated by the time stamp). A formal notification that has not been accepted within 10 days after
sending is considered to have been accepted.

Formal notifications on paper sent by registered post with proof of delivery (only after the payment
of the balance) are considered to have been made on either:

- the delivery date registered by the postal service or

- the deadline for collection at the post office.

If the electronic exchange system is temporarily unavailable, the sending party cannot be considered
in breach of its obligation to send a communication within a specified deadline.

36.3 Addresses for communication

The electronic exchange system must be accessed via the following URL:

hrtps://ec.europa.eulresearch/participants/portal/desktop/en/proiects/

The Agency will formally notify the coordinator and beneficiaries in advance any changes to this URL.

Formal notifications on paper (only after the payment of the balance) addressed to the Agency must
be sent to the following address:

Conswners, Health, Agriculture and Food Executive Agency (CHAFEA)
Health
Drosbach Building
L-2920 Luxembourg

Formal notifications on paper (only after the payment of the balance) addressed to the beneficiaries
must be sent to their legal address as specified in the ‘Beneficiary Register.

ARTICLE 37— INTERPRETATION OF THE AGREEMENT

37.1 Precedence of the Terms and Conditions over the Annexes

The provisions in the Terms and Conditions of the Agreement take precedence over its Annexes.

Annex 2 takes precedence over Annex 1.

372 Pri iletes and immunities

\ 1 op

ARTICLE 38—CALCULATION OF PERIODS, DATES AND DEADLINES
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In accordance with Regulation No 1182/71 10, periods expressed in days, months or years are calculated
from the moment the triggering event occurs.

The day during which that event occurs is not considered as falling within the period.

ARTICLE 39— AMENDMENTS TO THE AGREEMENT

39.1 Conditions

The Agreement may be amended, unless the amendment entails changes to the Agreement which
would call into question the decision awarding the grant or breach the principle of equal treatment
of applicants.

Amendments may he requested by any of the parties.

39.2 Procedure

The party requesting an amendment must submit a request for amendment signed in the electronic
exchange system (see Article 36).

The coordinator submits and receives requests for amendment on behalf of the beneficiaries (see
Annex 3).

If a change of coordinator is requested without its agreement, the submission must be done by another
beneficiary (acting on behalf of the other beneficiaries).

The request for amendment must include;

- the reasons why;

- the appropriate supporting documents, and

- for a change of coordinator without its agreement: the opinion of the coordinator (or proof that
this opinion has been requested in writing).

The Agency may request additional information.

lfthe party receiving the request agrees, it must sign the amendment in the electronic exchange system
within 45 days of receiving notification (or any additional information the Agency has requested). If
it does not agree. it must formally notify its disagreement within the same deadline. The deadline may
he extended, if necessary’ for the assessment of the request. If no notification is received within the
deadline, the request is considered to have been rejected.

An amendment enters into force on the day of the signature of the receiving party.

An amendment takes effect on the date agreed by the parties or. in the absence of such an agreement.
on the date on which the amendment enters into force.

ARTICLE 40— ACCESSION TO THE AGREEMENT

Regulation (EEC. Euratom) No 182:71 (lithe Council o13 June 1971 determining the rules applicable to periods, dates
and time—limits Ui C 124. 8 6 1971, p. 1).

L. I ?‘
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40.1 Accession of the beneficiaries mentioned in the Preamble

The other beneficiaries must accede to the Agreement by signing the Accession Form (see Annex 3) in
the electronic exchange system (see Article 36) within 30 days after its entry into force (see Article 42).

They will assume the rights and obligations under the Agreement with effect from the date of its entry
into force (see Article 42).

If a beneficiary does not accede to the Agreement within the above deadline, the coordinator must
— within 30 days — request an amendment to make any changes necessary to ensure proper
implementation of the action. This does not affect the Agency’s right to terminate the Agreement (see
Article 34).

40.2 Addition of new beneficiaries

In justified cases, the beneficiaries may request the addition of a new beneficiary.

For this purpose, the coordinator must submit a request for amendment in accordance with Article 39.
It must include an Accession Form (see Annex 3) signed by the new beneficiary in the electronic
exchange system (see Article 36).

New beneficiaries must assume the rights and obligations under the Agreement with effect from the
date of their accession specified in the Accession Form (see Annex 3).

ARTICLE 41—APPLICABLE LAW AND SETTLEMENT OF DISPUTES

41.1 Applicable law

The Agreement is governed by the applicable EU la supplemented if necessary by the law of
Belgium.

41.2 Dispute settlement

If a dispute concerning the interpretation, application or validity of the Agreement cannot be settled
amicably, the General Court — or. on appeal, the Court of Justice of the European Union — has sole
jurisdiction. Such actions must be brought under Article 272 of the Treaty on the Functioning of the
EU (TFEU).

As an exception. if such a dispute is heni’een the Agency and HELSEDIREKTORATE’, ‘OSLO
L?iIVERSITETSSYKEHU HF’. ihe competent Belgian court.s have sole jurisdiction.

If a dispute concerns administrative or financial penalties, offsetting or an enforceable decision under
Article 79(2) of the Financial Regulation No 966/2012 and Article 299 TFEU (see Articles 28,29 and
30). the beneficiaries must bring action before the General Court or, on appeal. the Court ofiustice
of the European Union under Article 263 TFEU. Actions against enfhrceable decisions must he
brought against the Commission (not against the Agency).

‘)( / ZLt
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ARTICLE 42 — ENTRY INTO FORCE OF THE AGREEMENT

The Agreement will enter into force on the day of signature by the Agency or the coordinator,
depending on which is later.

SIGNATURES

For the coordinator

Sylviane INOCENCIO with ECAS id ninocesy signed in the Participant
Portal on 30/0712015 at 0830.40 (transaction id Sigtd-2363-
ZBAo62AV3ihzIReZSTBqWmE70SzSLkrAKPGARaZPLZK4wzobnd0ZZ7Yq
R5AFIYQMgOZRE1qIVxRWM6OiIw9KzhS-PHsIUMVSXYCH3ocLZM8UuW-
WzgBQznSnb2pEVpltmfztkVMKapVnr4A873zi1JGOmCiPw. Tirnestamp by
third party at
Thu Jul30 59.30.45 CEST 2015

For the Agency

Luc BRIOL with ECAS id brioltu signed in the Participant Portal on
06/08/201551 08.51.52 (transaction id Sigld-5083-
Sk6u5zusPdkiLLZzqpYCHa7babkfFeaouiZiL2gO7GGbhOEfG4ogotaut
Gozkti2Qzwg88TzkApXLFmW5st4E5J-PHslUMVSXYCH3ocLZM8UoW
8uSEDrn3Aq4yG3MhBtJXpTK4rVzn6YAo9zv6iSgnPMzS). Timestarap
by third party at
Thu Aug06 095154 COST 2015

5/2 ij
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EUROPEAN COMMISSION
Consumers, Health, Agriculture and Food Executive Agency

Health

ANNEX I (part A)

Project

NUMBER — 677024 — RD-ACTION
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1.1. The project summary

[rQieet Number 677024 Project Acronym 2 RD-ACTION

. 3 Promoting Implementation of Recommendations on Policy, Infonnation and Data for
Project title Rare Diseases

Starting date 01/06/20 15

Duration in months 36

Call (part) identifier6 HP-JA-2014

. JA-06-2014
Topic

Rare Disease Joint Action

Fixed EC Keywords

Free keywords rare diseases, database, codification, healthcare, network (networking)

One form per project

General information

Abstract

Rare diseases (RD) have been identified as one of the paradigmatic fields in which actions conducted at the European
level constitute the adequate response to their specific problems: poor recognition leading to diagnostic delay and
inappropriate management including adapted social services, poor health outcomes, social burden, limited knowledge
on natural history and pathophysiology leading to an insufficient development of new therapies. The low prevalence
and the specificity of’ RD make that a global, multi-stakeholder approach, intended to gather specific expertise and to
build shared strategies is necessary to address these issues.
The general objectives of RD-Action are to:
• Support the further development and sustainability of the Orphanet database, the biggest global repository of
information on RD
• Contribute to solutions to ensure an appropriate codification of RD in health information systems
• Continue implementation of the priorities identified in Council Recommendation 2009/C151/02 and the Commission
Communication (COM 2008 679) on RD. with a view to ensuring the sustainahility of the recommended priority
actions and to support the work of the Commission Expert Group on Rare Diseases (CEGRD).
This JA will expand and consolidate the achievements of the former JAs on RI) supported by the European
Commission: the Orphanet JA and the EUCERD JA. More precisely, this proposal has the ambition to help member
states to implement the recommended measures adopted or to be adopted by the CEGRD and to produce the data
necessary for countries to do so. Interactions between the production of data at the Orphanet database level and
the implementation of polic priorities including codification will be strengthened during this JA.RD-Action large
geographical co erage is key to success as it will promote the transfer of European recommendations into national
policies and the collection of information and concerns from MS to the CEGRD. thus to the European Commission,

Page 3 of 47
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[Project Number 677024 Project Acronym 2 RD-ACTiON

List of Beneficiaries

15 SEMMEIWEIS EGYFTEM

16
hAl 711 SERVICE F XF CI LIVE

11SF

DALE PEDIAI RICO
BAMBINO GFSU

ITRFGIONE DEL VENE40

Project
No Name Short name Country entry

.

month

INSTITIJI’ NATIONAL DE LA
I SANTE ET DE LA RECIIERCFIE INSERM France 1 36

MEDICALE (INSERM)

MEDIZINISCIIE UNIVERSITAET
2 MUW Austria 1 36

SERVICE PUBLIC FEDERAL
SANTE PUBLIQUF, SECURITE
DE LA CHAINE ALIMENTAIRE

SPF Belgium I

FT ENVIRONNEMENT

[NSTITUT SCIENTIFIOUE DE
‘

SANTE PUBLIQUE
WIV4SP Belgnun I

BULGARIAN ASSOCIATION
5 FOR PROMOTION OF BAPES Bulgaria 1 36

EDIiCATK)N AND SCIENCE

IIRVATSKI SAVEZ ZA RIJETKE
6

BOLESTI
HSRB Croatia 1 36

FAKULTNI NEMOCNICE V Czech
7 NKCVO 1

MOTOLE Republic

8 TARTU ULIKOOL UTARTU Estonia 1 36

9 RINNEKOTI SAAFIO RINNEKOT Finland 1 36

ASSISTANCE PUBLIQUE -

10
lIOPITAUX DE PARIS

APIIP France I

EURORDIS - EUROPEAN
11 ORGANISAI’ION FOR RARE EURORDIS France 1 36

DISEASES ASSOCIATION

MEDIZINISCHE IIOCIISCHULE
12

IIANNOVER
MHH Germany I

DEUTSCHES 1NSI’ITUT
FUR MEDIZINISCI{E

Ia
DOKUMENTATION IJND

DLMDI Germany 1

INFORMATION (DIMDI)

ORSZAGOS TISZTIFOORVOSI -

14
HIV’VIAL

OCMO Hungary I

SF

HSF

OPRU

Hungary 1 36

Ireland 1 36

Italy 1 36

Italy I 36
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‘ Pra,jeet
Nu Name Sltort name Country entry Proi cut

month

SLIMIBU PROFILAKSES UN
19

KONTROLES CENTRS
SPKC Latvia I

VIESOJI ISTAIGA VILNIAUS
20 UNIVERSITETO LIGONINES VULSK Lithuania 1 36

SANTARISKRJ KLINEKOS

ACADEMISCII ZIEKENIIUIS
21 LUMC Netherlands 1 36

22 IIELSEDIREKTORATE IIDIR Norway 1 36

, OSLO UNIVERSITEISSYKEFIUS
23 NKSD Norway 1 36

INSTYTUT POMNIK CENTRUM
24

ZDROWIA DZIECKA
IP(ZI) Poland 1 36

MINISTERIO DA SAUDE -

25
REPUBLICA PORTUGUESA

D(iS Portugal 1 36

UNIVERSITATEA DE
26 MEDICINA SI FARMACIE UMF Romania 1 36

GRIGORE T.POPA IASI

UNIVERZITA KOMENSKEII() V
27

BRATISLAVE
CUMS Slovakia 1 36

UNIVERZITETNI KLINICNI
28

CENTER IJUBLJANA
UKCL Slovenia 1 36

CENTR() DE INVESTIGAC[ON
29

BIOMEDICA EN RED
CIBER Spain 1 36

STOCKIIOLMS LAENS
30

LANDSTING
KS Sweden 1

UNIVERSITY OF NEWCASTLE United
UPON TYNE

UNEW
Kingdom

1 36

32 Depament of Health UK PHE
Umted

1 36
Kingdom

Ministere des Affaires Sociales et
3 DOS FR France I

de Ia Sante

1TiRJT() SUPERIORE DI
ISS Italy

Page 5 of 47
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1.3. Workplan Tables - Detailed implementation

1.3.1. WT1 List of work packages

?erson tari End
Wi’ Number’ WP Title Lead beneficiary

‘° montiis1t month ‘ menib

WPI Coordination I - JNSFRM 4000 1 36

WP2 Dissemination 11 EURORDIS I 19.00 I 36

WP3 Evaluation 2 - MUW 10.00 1 36

\4
Orphanet. the European database

- INSERM 1,403.20 I 36
for rare diseases

Steering, maintain and encourage
WP5 the adoption of Orphacodes across 13 - DIMDI 68.10 1 36

MS

Policy Development for RD and
WP6 Integration with other relevant 31 - UNEW 139.30 1 36

initiatives

Page 6 o147

Total 1,779.60
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1.3.2. WT2 list of deliverables

Orphanet DR
ersionning and
diffirentials between
ersions

Associated with document Ref. Ares(2015)3186279 - 29/07/2015

Kick off meeting&
I - INSERM Report Public 2Dl.l

report

D1.2
Annual meeting&

WPI I - INSERM Report Public 24
meeting reports

Dl.3 Interim reports WPI I - INSERM Report Public 24

Dl.4 Final report WPI I INSERM Report Public 36

D2. I JA Dissemination plan WP2 I I - EURORDIS Other Public 6

D2.2 Newsletter Orphanews WP2 11 EURORDIS Other Public 36

D13
Two editions of the

WP2 31 - UNEW Other Public 30
State of the Art Report

D2.4 Leaflet WP2 1 - INSERM Other Public 3

1)2.5
Layman version of the

WP2 I - INSERM Report Public 36
final report

Websites,

D2.6 Website WP2 I - INSERM
patents

Public 3
tillmg,
etc.

Progress dissemination
D2.7 report on health WP2 34 - ISS Report Public 24

systems equity

Final dissemination

D2.8
report on Sustainable

WP2 34 - ISS Report Public 36
health systems for rare
diseases

Evaluation of the
D3.1 deliverables compared WP3 2- MUW Report Public 36

to plans

Reports on the
D3.2 external evaluation of WP3 2 - MUW Report Public 12

Orphanet

Sustainability plan
D3.3 for Orphanet core WP3 2 - MUW Report Public 24

activities

Orphanet

D4. I
nomenclature with

WP4 I - INSERM Other Public 36
mappings and
annotations

D4.2
Web-based knowledge

WP4 I - INSERM Other Public 36
management platform

D4.3 WP4 I - INSERM Other Public 36

Page 7 of 47
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DueDeliverabk WP Lead Disseminatiøn
Date (inDeliverable

level
months)’1

Number’4 number9 benetlciary’
—

Annual updates of
Orphanet knowledge

D4.4 WP4 I - INSERM Other Public 36
base of expert
resources

Orphanet Report
D4.5 WP4 I - INSERM Report Public 36

Series

D4.6 Orphanet uscrs’survcy WP4 I INSERM tOther Public 36

Review document
of existing technical

WP5 10- APIIP Other Public 12D5.
implementations for
RI) coding of MS

Standard procedures
and guide for the

D5.2 WP5 10 - APHP Other Public 18coding with Orpha
codes

An European
D5.3 WP5 13 - DIMDI Other Public 36integrated master file

A set of coding
D5.4 helping tools for rare WP5 18 - VR-ITBRD Other Public 36

diseases

Draft recommendation
D5.5 for routine WP5 10 - APHP Other Public 36

maintenance

Progress report on
D6J polic) deliver) and WP6 31 - UNEW Report Public 18

implementation

Final report on
D6.2 policy delivery and WP6 31 - UNEW Report Public 36

implementation

2016 Edition of the
D63 WP6 31 - UNEW Report Public 18State of the Art Report

2017 Edition of the
D6.4 WP6 31 - UNEW Report Public 30State of the Art Report

Pace 8 of 47
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1.3.3. WT3 Work package descriptions

Ework package number WPI Lead beneficiary ° 1 - INSERM

IWork package title Coordination

Start month 1 End month 36

Description of work and role of partners

WP1 - Coordination [Months: 1-361
INSERM, UNEW
Task 1.1 : Organisation of the Joint-action kick-off meeting.
Leader (lead applicant): Ana Rath [Insermj
Start date: Ml End date: M6
It implies preparing a detailed workplan containing a detailed description of all activities of the project, milestones and
deliverables to he approved during the kick off meeting.
Task 1.2 : Monitoring of the activities and overall quality of the project
Leader (lead applicant): Ana Rath [inserm] Contributors: WPs leaders
Start date: Ml End date: M36
The Steering committee composed of WPs leaders will monitor the progress achieved (compliance with the milestones
and timetable validated during the kick-offmeeting) and address the possible difficulties and opportunities arising during
the project. They will also process the information coming from the evaluators, the international advisory board and
from the CEGRD. Dissemination issues will also be discussed and validated by the Steering Committee.
Task 1.3: Ensure communication and information exchange amongst Joint action participants
Leader (lead applicant): Sylvie Maiella [lnsermj. Contributors: WPs leaders/project managers
Start date: MI End date: M36
An internal newsletter will he edited ever) two months in order to ensure a smooth communication among WPs. Where
necessary in between newsletters. emails and conference calls will be organized. It aims to inform the partners on the
conclusions of the Monitoring meeting. It vil1 also ensure circulation of information, among all partners. relating to
each team’s activities and outputs in order to facilitate the acquisition of comprehensive knowledge regarding the big
consortium. Two annual meetings will be organised after the kick-off in Y2 and Y3, in order to allow Management
Board to meet. A private space intended to allow JA partners to share documents will be created in the JA website.
fask 1.4 : lntermediar for all communication with the (‘hafea and the DO SANTE
Leader (inserm): Ana Rath llnserm)
Start date: Nil End date: Nl36
Fhe project coordinator uill act as the official representative towards the Chafea and DO SANTE.. The project
coordinator will provide them to interims and a final report, assisted by the Project Manager and the Financial Officer.

Page 9 of 37

Objectives

The main objective of this WP is to manage the action and to make sure that it is implemented as planned. The
coordination team will establish an effective and efficient governance (for the overall JA management structure see
section 9). ensuring smooth communication and information exchange amongst JA participants and stakeholders. It will
allow monitoring of the activities and ensure quality of the JA implementation and risk management. It will also provide
day-to-day administrative support to the partners. It will ensure budget management. Timely communication with the
CHAFEA and the DO SANTE will be assumed by the JA coordinator.
The specific objectives of this WP to
I. Establish and effective and efficient governance
2. Ensure smooth communication and information exchange amongst Joint action participants & stakeholders
3. Monitoring of the activities & ensure quality of the JA implementation
4. Provide day to day administrative support to the partners
5. Ensure all communication with the CIIAFEA and the DO SANTE: including timely presentation of all delis erables,
technical and financial reports.
6. Ensure risk management

(‘ 7 2
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Participation per Partner

Partner number and short name WPt effort

1 - INSERM 37.00

31 - UNEW 3.00

iota! 40.00

List of deliverables

Deliverable semination level Due Date (In
Numbar’4

Dehverable lttk Lead beneIiuar. Type 16 months) r

1)1.1
Kick off meeting &

1 INSERM Report Public 2report

1)1.2
Annual meeting &

1 - INSERM Report Public 24meeting reports

DL3 Interim reports 1 - INSERM Report Public 24

DI.4 Final report I - INSERM Report Public 36

Schedule of relevant Milestones

Milestone number’6 Milestone title Lead beneficiary
Due Date (in

Means of verification
months)

Oreanisation of
kick-off completed

MSI (meeting.agenda I - INSERNT 2
& preparatory

. documents)

Page II) ot 17

Description of deliverables

Dl. 1 Kick off meeting and report
Meeting organisation and meeting report
1)1.2
Annual meetings organisation and meetings reports.
Dl.3
Enterim reports. these reports describe the activities carried out, milestones and results achieved.
1)1.4
Final report, this report describes the project implementation and the results achieved. The deliverables are annexed.

1)1.1: Kick off meeting & report [2j

Meeting organisation and meeting report

Dl.2 Annual meeting & meeting reports 1241
Meeting organisation and meeting report. Delivered M12&M24.

Dl .3 Interim reports [241

This report describes the activities Carried out, milestones and results achieved in the first half of the project.
Delis erables can be attached as annexes. Will be delis ered at Ml 2 and M24.

Dl.4 : Final report [36]

This report describes the project implementation and the results achieved. The deliverables are annexed.

/ 2,S
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Schedule of relevant Milestones

Milestone number ‘ Milestone title Lead beneficiary Means ofverification

Fimetable/workplan
MS2 ith detailed I - INSJ’RM 2

description of tasks

MS3
Draft interim reports

1-IN SERM 18
ornpIeted

Organisation of
meetings completed

MS4 (meeting.agenda 1 - INSERM 29 M17-M29
& preparator)
documents)

II of-17

n



Dqr

Associated with document Ref. Ares(2015)3 186279

Work package number9 WP2 Lead beneficiary ° 11 - EURORD1S

Work package title Dissemination

Start month

_________J

1 End month

Objectives

Leader: EURORDIS
Co-Leader: ISS
Contributors: UNEW. INSERM. Moll BG, Mo[T Cyprus. BAPES. INERP, PTE, Landspitali University Hospital Ragnar.
1-ISE. MEH (Malta)

The overarching goal of this WP is to disseminate rare diseases-related information and improve the two-way
information flow between the national and European levels, to ensure the appropriation of the EU-level regulatory
framework and policy environment at national level, to facilitate the integration of EU developments within the national
systems, by the national authorities and other stakcholders, and to ensure that EU policy-makers keep an eye on the
diverse national situations and local contexts.
This EU strategy includes, in addition to the JA activities which represent tile main focus, policy initiati es taken by
different Directorates General of the European Commission, relevant activities within 1-lorizon 2020 and the lTealth for
Growth programmes, the recommendations adopted by the CFCRD, as well as the activities related to rare diseases at
national level, whetherthe ones included in the National Plans or other initiatives outside the scope ofthese ofticial plans.
WP2 will apply a maximum level of inclusiveness of all stakeholders to all dissemination activities performed
throughout the period covered by the JA. WP2 will elaborate a “dissemination plan” (D2. I) of the JA that will therefore
include a detailed description of the “what, why, to whom, when and how” of the dissemination activities. For each
component of the dissemination WP. the dissemination plan willencompass the identification ofend users (type of users.
geographical scope in particular), dissemination partners, communication tools, correlation to other WP deliverables,
evaluation of the plan and timing.

The main target groups of the dissemination activities to be performed within the different tasks described in this WP
will include the following stakeholders groups: Partners of the Joint Action themselves: CEGRD; National and local
competent authorities; EU decision-makers: Patients, families and their representatives: Industry: Academia.learncd
societies: Health professionals: Researchers; Regulators; HTA bodies/reimbursement authorities
fhe main channels of dissemination to he used in order to achieve the dissemination objectives of the Joint Action
include the following ones: Ihe JA dissemination tools themselves, including the dedicated JA website, the layman
brochure (10 pages) snmmarising the final report and targeted to the public at large; Leaflet promoting and explaining
the JA activities elaborated and translated in all the partners languages: The Newsletter of the rare disease community
(Orphanews; 20 issues per year): the websites of EURORDIS, Orphanet and of all the JA partners as well as their
contacts databases and mailing for targeted communication: Press Releases, traditional media relations and Social Media
updating and posting (Facehook. blogs, ‘l’witter, etc.).: EURORDIS c-news and other partners newsletters: the European
Conference for Rare Diseases (Edinburgh 2016) and the Conference on Sustainable health systems for rare diseases
(Rome. 2017).
The following statement will be included in all communications or publications by the beneficiaries related to the action:
“The [comrnunication/puhlicationj arise from the joint action RD-action which has received funding from the EU in
the framework of the health program
The specific ohjectkes of this \VP are to perform the following dissemination activities:
1. to set up and maintain the Joint Action dissemination tools
2. To produce a twice-monthly newsletter of the rare disease community. Orphanews.
3. To hold the European Conference on Rare Diseases and Orphan Medicinal Products in May 2016. in Edinburgh
4.To support the national workshops aimed at disseminating at national level the JA activities and the Recommendations
produced and adopted b the ELCERD.Commission Expemi Group on Rare Diseases (CEGRD)
5. In support national authorities tr sustainable anti resilient health systems.

Description of work and role of partners

rwP2 - Dissemination [Months: 1-361 -

__________

EURORDIS, INSERM. INEW, ISS
fask 2.1 : b set up and maintain the Joint Action dissemination tools

/
1.:

Page 12 of47
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Task Leader (lead applicant): Sylvie Maiella [Inserm] Contributors: All partners
Start date: Ml End date: M36

• A website containing information on the action will publish information on the partners of the JA. on the JA progress
from the different stakeholders and. at the end of the contract, the layman brochure of the final report.
• A leaflet promoting and explaining the JA activities will he prepared and translated in all partners languages
• l’he Slate of the Art ‘Report/Resource’ will be disseminated/promoted ia JA tools

Task 2.2: To produce the Orphanews newsletter
Task l.eadcr (lead applicant): Ana Rath [INSERM], Contributors: all
Start date: Ml End date: M36

‘heuty eleconic issues of the tice-monthIy Newsletter of the Rare Diseases Community - Orphanews - ill be
produced per year. This will amount to a total of 60 issues during the whole duration of the JA. A Section dedicated to
this JA will be included in Orphanews in order to communicate timely the progresses to the 15.000 registered readers.
The Editorial Board of the new version of Orphanews will be composed at least of WP2 contributors.

Task 2.3: To hold the reference European Conference on Rare Diseases and OrphanProducts in 2016
leader: EURORDIS, Contributors: All partners
Start date: Ml7 End date: M17

‘the European Conference on Rare Diseases and Orphan Products (ECRD) which ill be held in May 2016 in Edinburgh
will he the 8th ECRD. The ECRD is a major dissemination tool and represents an important platform fbr policy
promotion that covers all areas of relevance for the Rare Disease Community at large. As such, this Conference is
considered as a priority event by all stakeholders active in the field of rare diseases and has been officially mentioned in
the “Commission Communication on Rare Diseases: Europe’s challenges”, in the Governance and Monitoring Chapter.
The ECRD 2016 Edinburgh will inolve all stakeholders relevant to the Rare Disease Community at large. [he
Program Committee in charge of developing the Conference’s program comprises of a representative from all main
stakeholders groups. patients. national decision-makers/national authorities, European policy makers. Members of the
CEGRD industry representatives, researchers, academics, learned societies and medical experts. In 2016. more than 800
participants are expected to attend the ECRD (in Berlin in 2014 there were 768 participants representing 43 countries).
The program of the Conference, including all the different sessions within the specific themes, is focused around the
main structuring measures impacting on the rare diseases tield that are taken and implemented at national and European
levels, such as the ones deriving from the CEGRD recommendations, the Council Recommendation on rare diseases, as

I well as from other pieces of’legis]ation. e.g. the Cross—Border I lealthcare Directive and the various national transposition
laws.

Fask 2.4: To support national and European intearation through national workshops
Leader: E[RORDIS. Contributors:, ISS. UNEW.
Start date: M9 End date: M36
This task aims at supporting the declopment of the content of the national workshops to be organised by National
Alliances, in close collaboration and with the support of national authorities, at least one in every Member State. The
overarching goal of the national workshops and their substantial added-value is that they will ultimately facilitate the
integration of rare diseases-related activities at national and European lcels.
These workshops have the specific objectives:
I. To disseminate at national level the JA acti ities and the Recommendations discussed and adopted by the CEGRD.
and previously by the EUCERD. As well as to facilitate their appropriation by different actors at national and local levels.
2. To accompany the implementation of these recommendations in the specific national contexts, by’ allowing open and
fnntfiil debate on their implementation and with a view at optimising their concrete implementation:
3. To facilitate feedback from the national experience “in real life” to the CEGRD and rcleant decision-makers:
4. To sustain and improve the dynamic of further development and implementation of the National Plans or Strategies
on Rare Diseases, ensuring the thorough inohement of all relevant stakeholders.
[his task builds on th Ft JROPLAN pro cct (2008-2011) and on the WP4 Ft ICFRD Joint Action t20 12-201 5). This
upcoming JA is aimed at disseminating and implementing polic ,ind technical guidance based on the FI.CERD
CEGRD recommendations to focus on key priorities and foster European integration. l’hese three clitferent phases. si[h

distinct objectives and methods, are necrthcless intimately connected and represent a coherent process: theretbre, it

is advisabte to keep the denomination “FUROPLAN” workshops as this is now a well—established “label” recognised

by all stakeholders.
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The main organiser of the national workshops will be the National Alliance of Rare Diseases in the country concerned.
I he national authorities will co-finance the workshop taking place in their country, through direct funding and/or through
in-kind support. National authorities may support the National Alliance in the organisation of the workshop.
One very important element to secure the overall good governance of these workshops is to ensure the presence
of patients’ representatives within the Program Committees of the Workshops. The representatives of the National
Alliance, as main workshop organiser, are members of the Program Committee. EURORDIS and ISS will collaborate
to the workplan of the National Workshops. The organisation process should be inclusive of representatives from
academia, industry, patients, medical experts. etc. Building on the experience of the “EUROPLAN” meetings. the
workshop organisers will secure wide participation of all relevant stakeholders to the national workshops. Therefore.
WP2 will support. together with the relevant National Alliances (and National competent authorities when needed), the
development of the programs and the content of between 25 and 28 in the EU (4000 participants overall are expected).
Travels of EURORDIS staffwill be covered to attend between 2 and 5 workshops outside EU.

Task 2.5 : Promote sustainable health systems for rare diseases
Leader (lead applicant): Istituto Superiore di Sanita (ISS)
Start date: Ml End date: M36

The implementation of a EU-MSs integrated approach to RDs calls for more comprehensive public health policies
addressing the issue of sustainability. This can be achieved through a series of policy communication activities, building
on other EU public health policy activities. Capitalising on experience and work carried out over recent years. and with
a view to further developing approaches at EU level, the “Communication from the European Commission on effective.
accessible and resilient health systems” focuses on actions to strengthen the effectiveness of health systems, increase
the accessibility of healthcare and improve the resilience of health systems. In relation to the resilience, and building
on experience of recent reforms, the Commission has identified the resilience factors that helped some health systems
safeguard accessible and effective healthcare services ibr their population. In recent years. European countries have been
involved in international projects and activities on RDs aiming to accelerate scientific research and attain the overarching
goal of improving the health outcomes of people affected by these diseases. The purpose of this specific dissemination
task is to focus the debate on sustainable and resilient health systems for RDs. taking into account principles of equity,
quality and efficiency. This debate will involve policy makers, civil servants in charge of national strategies on RDs
and all stakeholders in a collective responsible approach.
C’ooperation will be ensured with WP5 and WP6 and the final documents produced in the present task will be shared
with these WPs.

Participation per Partner

Jartner number and short name ., WP2 effort

1 - INSERM 28.00

II- EURORDIS 29.00

31 - UNEW 26.00

34 - 1SS 36.00

Total 119.00

List of deliverables
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List of deliverables

Deliverable Dissemination level Due Date (in
Deliverable Title Lead beneficiary Type 16Number ‘

Two editions of
D2.3 the State of the Art 3! - UNEW Other Public 30

Report

D2.4 Leaflet 1 - INSERM Other Public 3

Layman crsion of
- INSERM Report Public 3602.5

the final report

Websites,
D2.6 Wcbsite I - INSERM patents filling. Public 3

etc.

Progress
dissemination

D2.7 34 - ISS Report Public 24
report on health
systems equity

Final dissemination
report on

D2.8 Sustainable health 34 ISS Report Public 36
systems for rare
diseases

Description of deliverables

D2. 1: JA dissemination plan. An elaborated dissemination plan indicating for each dissemination action ‘what will be
disseminated’ ( key message), ‘to whom’ (audience. ‘why’ (purpose). ‘how’ (method and ‘when’ (timing).
D2.2: Newsletter Orphanews. 60 Newsletter will be produced during the JA.
D2.3 Dissemination of the State of the art report on key declopments in the field, at national and EU level.
D2.4 Leaflet. A leaflet promoting the project.
D2.5 Layman version of the final report. A short version of the final report written for the general public.
D2.6 Website. A dedicated website will be made available online, administrated and maintained.
D2.7 Progress dissemination report on health systems and equity. Report on the sustainable health systems for rare
diseases preparatory work.(workshop and working group discussions).
D2.X Final dissemination report on sustainable health systems for RD.

D2.l : JA Dissemination plan [6]

Elaborated dissemination plan indicating for each dissemination action - what will be disseminated (key message) -

to whom (audience) - why (purpose) - how (method) - when (timing

D2.2 Newsletter Orphanews [36]

Produce 60 twice-monthly newsletters of the rare disease community

D2.3 : Two editions of the State of the Art Report [30]

Dissemination of the Annual Report on key developments in the field, at national and EU leels Delivered at
M6& M30

D2.4 leaflet [3]

A leaflet to promote the project must be produced at the beginning

D2.5 Layman version of the final report [361

This is a short (e.g. 10 pages) ‘,ersion of the final report, written thr the interested public.

D2.6 : Website [3]

Dedicated website set up and maintenance

D2.7 Progress dissemination report on health systems equity j24J
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Report on the sustainable health systems for rare diseases preparatory work (workshop and working group
discussions)

D2.8 Final dissemination report on Sustainable health systems for rare diseases [361
Report on the final conference on health systems for rare diseases workshops

Schedule of relevant Milestones

Milestone nuinberla Milestone title Lead beneficiary Means verification

Stakeholder analysis:

MS5 identification of target
- EURORDIS 3

groups and adequacy
of channels to he used

Graphic Identity
MS6 of Wehsite and 1 INSERM 6

Ne sletter

MS7 Internal Newsletter l - INSERM i
M6,M12, Ml8, M24.

Editorial hoaid
MS8 meetings I - INSERM 36 [very 2 months

(Orphane s)

Identification of

M59 the Member States
-Ft’RORDIS 12

and themes br the
National ‘Aorkshops
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Description of work and role of partners

WP3 - Evaluation [Months: 1-36]
MUW, DGS FR
Task 3.1 : Evaluation of the Joint action achievements
Leader (lead applicant): Medical University of Vienna; Contributors (applicants involved): Eurordis, INSERM, UNEW
Start date: Ml End date: M36
Overall Joint action evaluation will he based on indicators measuring the process. output, outcome and impact. (please
refer also to section 2.2)
In particular:
- European Conference on Rare Diseases (ECRD). Process indicators will include: well defined steps necessary in the
overall preparation of the conference (i.e.. the nomination of a program and an organising committee, meetings and
conference calls of these committees, the development of a conference website and of other information tools like
stakeholder-tailored flyers). the range of different themes and topics of the ECRD including accompany ing satellite
meetings and tutorials, as well as the coverage of the different stakeholders participating in the program committee
and the conference. Output indicators will include the number of invited lectures, the number of oral presentations and
posters selected from submitted abstracts, and the production of further information material like newsletters or an online
conference report. Outcome indicators comprise, inter alia, the total number of participants, as well as by stakcholder
groups. Impact indicators will include the degree of dissemination of the final conference report. the coverage of the
conference in classical media as well as in social media. On-site participant satisfactory surveys for each session, as well
as a more general online participant satisfactionory survey’ will provide information on the impact of the conference.
and information on the general organisation of the conference and the quality of the content.
• Conference on sustainable health systems for RD. Process indicators will include: well defined steps necessary in the
overall preparation of the conference, preparatory steps conducted (literature review, analyses. preparatory workshop.
eventually establishement f specific working groups). Output indicators will include one analysis on epidemiological
data on RD and one review on sustainable health systems carried out, policy’ briefs delivered. Outcome indicators
comprise, inter alia, the total number of participants. as well as by stakeholder groups. Impact indicators will include
the degree and quality of the dissemination of the conference conslusions and, inter alia. the workshops participants’
satisfaction (86 expected), by means of survey during and/or after the meeting
- To evaluate the testing phase of the master-file with Orpha-codes and the related guidelines, a set of common indicators
for all participating countries will he developed including process indicators (like, inter alia, compatibility with and easy
integration into existing health information and coding systems and applicability ofthe guidelines)and output indicators
(like, for instance, the number of single RD entities registered using the master tile, the number of more specific codings
and the ratio of correct and incorrect coding entries). The workshop addressing the information about the strategies
and tools to implement the Orpha codes in the European countries will be evaluated by means of a set of specifically
developed indicators including outcome indicators (for instance the number of participants and the number of Member
States represented), output indicmtors (like information materials provided in the workshop intended liar the distribution
within the Member States andor a workshop report) and— ifapplicable — impact indicators (like decisions on the further
implementation of Orpha codes in individual Member States). The assessment b indicators vv ill be accompanied by
an online user satisfactory survey bar all participants.

Pane 17 of 47

Objectives

Leader: Till Voigtltinder [MUWI - Contributors: INSERM, French General Directorate of Health (l)GS FR). Bulgarian
Ministry of Health. BAPES. 14SF. all \VP leaders

The main objective of this WP is to evaluate the action activities and to set up a sustainability plan for datahasing
activities after the end of the JA
The specific objectives of this WP are to:
1. Measure the indicators per WP. internally
2. Evaluate Orphanet in view’ of its long-term sustainability
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- kllworkshops organized inthe context of the Policy Development for RD and Integration with otherrelevant initiatives I
will be evaluated by online participant satisfactory sun’eys and by a set of appropnate indicators, including output and
outcome indicatois However, apart from some general indicators like number of participants and coverage of Member
states within the workshop. the majority of these indicators depend on the overarching theme and the concrete topics of
the individual workshops, and vvill be elaborated as soon as individual workshops contents are known.

l’ask 3.2 Evaluation of the European database for rare diseases. Orphanet
Leader (lead applicant): Medical University of Vienna: Contributors (applicants involved): MS representativ es, French
General Directorate of Health (DGS), INSERM.
Start date: Ml End date: M36
[he aim of this task is to assess the adequacy of database core activities to both the MS needs at their national level.
and to the European level. These activ ities include the development of a specific nomenclature and classification for
RD. the cross-referencing with other terminological resources, the scientific annotations and cross-referencing with
scientific databases (genetics, pathways. pharmacology. etc), the development of an offer of textual information on RD.
the inventory of orphan designations and drugs. the mapping of expert resources both patient-oriented and research-
oriented, in European countries They also include the necessary IT infrastructure to host these data (database, tools)
and the definition and dissemination of a methodology and standard operating procedures.
An evaluation process will be organized in order to assess the member states and the European Commission needs in
ternis of database, SO as to define the core activities that should be sustained in the long term, this process is described
in Methaods and Means. It will take into account the results of the evaluation process being taking place in France where
the coordinating team is by the INSERM and the DGS. which largely fund the database central facility’, and whose
evaluation report should be released at M6. It will also take into account an external audit of the IT Information system
(IS) asked by Orphanet to an independent society (YO [IA Conseil) in order to have a diagnosis of Orphanet’s IS and
recommendations to make it evolve. The whole cv aluition process should give raise to a report in M 12.
Evaluation reports will be one of the elements feeding the elaboration of the Orphanet su’,tainahility plan (Task 3.3).

Task 3.3: Develop a sustainabilit plan for the Orphanet core activities fitting the needs of European member states.
mcluding RD nomenclature and classification.
Task Leader: Patice Ddosquet [French DGS. Ministry ot’llealthj. Contnbutors’ MUW INSERM. MS representatives
Start date Ml Fnd date: M36
Orphanet became a major resource for both public health and research across the years. as it constitutes a unique source of
integrated, validated information specific on RD providing structured datasets for re-use in different settings, comprising
scientific information and mapping expert resources across Europe and beyond Orphanet nomenclature represents the
common language allowing for mnteropem ability among different resources (registries, databases. FUR...).
Making Orphanet sustainable is a major need for the RD community. Especially in light of WP5, which develops a
routine coding resource and an implementation plan. it is absolutely essential to guarantee long-term availability of
Orphanet classification and database.
Sustainability options will he explored during the J,\ based on the evaluation that will he conducted in task 3.2.
To structure and facilitate the intiarmned decision process of the Member States on an Orphanet sustainability plan, the
central Orphanet team together with the MUW will elaborate a “modular representation” of the database and serv ices.
providing Member States vvmth a tool to easily’ prioritise their needs and their support for the database on the national arid
the Furopean level (please. refem to method and means section). The possible legal instrument as well as the possibilities
for financial contribution of the Furopean Commission. European MS. and participating countries outside Europe. to the
core activities will be explored (could be considered, for instance and not exclusively, becoming a European institute.
an ERIC or a European grouping of terntorial cooperation). Phe ultimate goal is to design a model to fund permanent
positions and infrastructure to allow the modules con,ideicd as essential both by the European commission and MS
to develop in the long term

Participation per Partner

Partner number and short name WP3 effort

- 7(H)

33- DGS FR 3.00

Total 10.00
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List of deliverables

Deliverable Dissemination level Due Date (in
Deliverable Title Lead beneficiary Type ° months)”Number

Evaluation of
D3.l the deliverables 2 - MUW Report Public 36

compared to plans

Reports on the
D3.2 external evaluation 2 - MUW Report Public 12

of Orphanet

Sustainability plan
D3.3 I for Orphanet core 2 - MUW Report Public 24

activities

Description of deliverables

D3. 1
1ndi idual task-related evaluation reports for WP2,4,5. and 6
Each evaluation report vill he based on (1) the analysis of all relevant, task-related indicators as outlined in item 2.2

C”Specific objectives of the action”), methods and means specific objective 6 and task 3.1. as well as (2)the analysis
of the intended satisfactory surveys.
D3.2
Reports on the external evaluation of Orphanet
Reports summarizing the independent evaluations of Orphanet by French institutions and by MS representatives. This
deliverable specifically addresses the exercise described under task 3.2 consisting of two separate external evaluation
assessments, one by French institutions fucusiiig on the structure. content and functioning of the database and one

by representatives of different stakeholders in each MS to assess their needs regarding the database. This “double
approach” is also briefly described in the contents field of this delierable.
D3.3
Sustainability plan fur Orphanet core activities
Development of a modular representation of Orphanet and elaboration of strategies for a secured legal framework and
a sustainable funding of Orphanet in the EU

D3.l : Ealuation of the deliverables compared to plans [36j

This ealuation is based on the reports of WP leaders to the Steering committee M12,18,24.30,36

1)3.2 : Reports on the external evaluation of Orphanet [12]

INSERM-DGS (FR) — MUW Reports summarizing the independent evaluations of Orphanet by French institutions
and by MS representatives

D3.3 : Sustainahility plan for Orphanct core activities [241

1NSERM- DGS (FR)— MUW Development of a modular representation of Orphanet and elaboration of strategies for

a secured legal framework and a sustainable funding of Orphanet in the EU

Schedule of relevant Milestones

Milestone number Milestone title Lead beneficiary

MSI() Partner’s sure 2- v1UW

MSII Adhoc users ‘sure’s 2- M(.W

External e aluation ot
MS 12 Orphanet from French 2 - MUW

_____

_Jtitutions ready
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Schedule of relevant Milestones

Milestone number Milestone title Lead beneficiary iiei (in
T4eans ofverification

Annual Orphanet
Management

MSI4
Board meeting

INSERM 30 M2-M17-M30organised (agenda
and preparatory
documents) and held
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Objectives

Leader: INSERM. Participants: GOG. MUW. FPS. \VIV-1Sp. BAPES. HSRB. NKCVO. UT. Rinnekoti. MoHCY. RKJ.
OCMO. PIE. SE. OPBG. SPKC. VULSK. MEH MT. LUMC. NKSD. IPCZD. DGS PT. UMF LkSI. UNIBA FOB.
(JKC Ljubliana. CIBER. KI. PIlE. Center of medical genetics and primary health Armenia. Office population health
Genornics. Gvmt of\VA, Garvan Institute of Medical Research, University hospital of Aarhus. GeRaD.
The C’haim Sheba Medical center. Institut national d’lwgine- Maroc. Mc Gill University. Belgrade University.
University of Istanbul. CMU Svitzerland

Orphanet became, over the years, the backbone for the community of rare diseases, having developed a substantial
amount ofdata essential as leverage for projects and policies related to rare diseases in Europe, as well as for increasing
the awareness and the dissemination of knowledge on R[). The Orphanet database for RD includes a core set ofstructured
scientific information on RD including: an inventory and classification of RD giving raise to a nomenclature that is
specific for RD, the phenotypic and genotypic characterization of each RD, annotations including prevalence, incidence.
distribution by age and by geographical region, and a collection ot’tcxtual descriptions for RD, from disease definitions
to articles, an inventory of orphan drugs at different phases of development. and a collection of expert resources specific
for RI) in each country of the Orphanet consortium that are linked to RI) and, if applicable, to genes and to drugs.

The main objective ofthis WP is to make the Orphanet database of rare diseases evolve to a European, sustainable model.
During this JA. ()rphanet will evolve into a new model : new IT infrastructure, from a relational database to a more
fexible know ledge base. in order to be able to share the IT development elThrt with the consortium partners in the future:
new organization model evol ing to a more decentralized and open one, by transtrring progressively core activities to
participating countries and by developing a community-driven edition-process of the database involving expert groups
and individual experts, patient representatives and users at large. and increasing transparency and traceability. Thanks
to these esolutions, the sustainahility plan built in WP3 will be facilitated by increasing the database ownership by
consortium partners.
The specific objectives of this VP are to:
I. Coordinate the actiGtics of the Orphanet consortium (26 associated partners in this JA and 14 collaborating partners)
2. Maintain, update and expand the rare diseases database: the inentory and classification of RD and its alignments
with other terminologies (i.e. ICDIO. SNOMED CT): links between rare diseases, phenotypes and genes. including
cross-references with other resources (i.e. OMIM, IIPO); the professional encyclopedia of RD by providing a definition
for all RD to be included in the content model of ICD11 and SNOMED CT. as well as in the Orphanet Rare Diseases
Ontology (ORDO) and b producing new and updated abstracts and disseminating new content produced by others.
3, Develop the necessary tools to track changes of the Orpha nomenclature, classifications and scientific database
content, including an interactive platform allowing for managing input from the community.
4. Provide a directory of expert services in e’.erv MS. including centres of expertise. clinical laboratories, patient
registries, mutation databases. biobanks. research infrastructures, patient organisations, European reference networks
when set up.
5. Provide o erarehing database data numagement, qualit control and support. including training MS teams.

6. Produce reports (Orphanet Report Series) intended to pros ide compiled pieces of information required for supporting
CEGRD activities.

Description of work and role of partners

WP4 - Orphanet, the European database for rare diseases [Months: 1-361
LNSERNI. MUW, SPF, WI V-ISP, BAPES, IISRB. NKCVO. LTARTI’. RINNEKOTI. Mill!, OCMO. SE. IISE.
OPRG. SPKC. VTJI.SK, LUMC’. NKSD, IPCZD. DGS. UMF, CUNIS, UKCI.. CIBER, KS. UNEW. UK PUP

Task 4.1 : Coordination of the Orphanet consortium
task [.eader (lead applicant): Ana Rath (INSERM) Contributors (applicants invol ed): All \VP4 members
Start date: NI I End date: N136
26 associated partners in this IA and 14 collaboratmg partners are involcd in the Orphanet consortium actis ties. The
completeness. consistency and qualit of the final database largeI depend on the efficacy of the coordination of these
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Work package title Orphanet, the European database for rare diseases

Start month 1 End month
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partners. The INSERM is coordinating the Orphanet consortium since 2000. The coordination of Orphanet consortium
activities includes:
1. Ensure smooth communication and infomiation exchange related to Orphanet database activity through a Supplement
edited with the RD-action newsletter. and hi-monthly management hoard conference calls.
2. Provide day to day technical support to the partners
3. Perform the annual Orphanet user’s survey and the Orphanet annual activity report

Task 4.2 : Maintain and expand the rare diseases database
Task i.eadcr (lead applicant): Annie OLRY (INSERM) Contributors (applicants involved): All WP4 and WP5 members
Start date: Ml End date: M36
During this task, the inventory and classification of RD annotated with genes cross-referenced with other resources will
be expanded and maintained. A definition for all RD to he included in the content model of lCD 11 and SNOMED CT
will be produced and the professional encyclopaedia of RD will he further populated and updated.
The aim of the Orphanet nomenclature and classification is to provide the RD community. from healthcare to research,
with a ssell-structured hierarchy specific for RD with different degrees of granularity so as to allow linking data coming
from healthcare (i.e. clinical diagnosis in health records) to data coining from research (i.e. genetic entities in databases).
The Orphanet nomenclature is at the centre of a rich network of relations inside the Orphanet database and its ontological
expression (ORDO, for Orphanet rare diseases ontology), comprised of genes interrelated with other resources (HGNC,
OMIM, UniProt, ensembl, Reactome, IUPHAR. Genatlas). epidemiological data (prevalence, incidence, age of onset.
age of death, geographical distribution), medical terminologies (MeSH. MedDRA, SNOMED CT, ICDIO, UMLS)
and resources (OMIM, and, in the near future, IWO). It is therefore considered as a standard nomenclature for rare
diseases, and promoted as such by the IRDiRC. This nomenclature is intended to multiple uses (codification in health
information systems, registries, research databases...). Therefore this task is interrelated with WP5 for it provides the
core nomenclature to be adapted to patient codification needs.
The Orphanet database is completed by producing textual information for each rare disease. In the context of this JA. a
new decentralized organization will he established with two goals: a) to have a definition for every RD in the Orphanet
database, and to expand and update the encyclopaedia, and h) to disseminate high-quality articles produced by others
in order to provide complete. useful and timely information to physicians and patients, as well as to other actors in the
field of information, such as help-lines and national contact points. In order to achieve the first goal, the core editorial
activities will he progressively transferred from the central facility at the INSERM to other participating countries.
starting at M 18 with Ireland. The Netherlands and Slovakia. and to others that manifest the interest and the possibility
to assume this task. This transfert will he facilitated by the tools developed in Task 4.3. Translations of all or part of
the website will he encouraged as a national effort in each country. To achieve the second goal, partners in WP4 will
contribute identifying and assessing relevant articles according to Orphanet’s quality standards that will be published
in the website for transparency.

Task 4.3 : Develop the necessary toots to track changes ofthe Orpha nomenclature, classifications and scientific database
content, including an interactive platform allowing for managing a community-driven curation and edition process.
Task Leader(lead applicant): Marc Hanauer [INSERMI Contributors (applicants involved): Garvan Institute [Bio-Lark,
Australia. collaborating partner]
Start date: Ml End date: M36

In order to allow end-users to submit their demands of modification (creation of new terms, addition of synonyms.
modify the classification, update the annotations and the textual information) and to have a traceable, transparent
decision process. a ad hoc interface will be developed to decentralize expert curation and to ease the edition process.
Another specific need to be addressed in this task is to provide end users with metadata in a computable format
necessary fur the implementation of nomenclature updates in HIS. Metadata include details in differences between
versions necessary to manage updates of the nomenclature and to the master file when available (cross-talking with
‘P5). whatever structural or tenninological.These infonnatics improements will build on the parallel evolution of the
Orphanet IT infrastructure from a relational database towards a knowledge base.

Task 4.4 : Provide a directory of expert ervices in every MS. including centres of expertise. clinical laboratories, patient
registries, mutation registries, hiobanks. patient organisations. European reference networks when set up.
Task Leader (lead applicant): Martin Arles-Soler [INSERMI Contributors: (lOG. MUW. FPS, \VIV-lSp. BAPES.
Croatian alliance for R[). NKCVO. IT. Rinnekoti. MoHCY. RKI. OCMO, PIE, SE. OPI3G. SPKC, VULSK, MLH
MT. LUMC .N KS[). IPCZD, DGS PT. UMF lASl, UNIBA FOB. UKC Ljubliana. CIBER, KI. PHE. Center of medical
genetics and primary health Armenia, Office population Health Genomics. Gvmt of WA, Garvan Institute of Medical
Research. Universit hospital of ,\arhus. GeRaD.
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The Chaim Sheha Medical center, Institut national d’hvgiêne- Niaroc. Mc Gill University, Belgrade University.
University of Istanbul, CMU S itzerland
Start date: Ml End date: M36

The directory of expert resources aLlows for identification of expert centres, clinical laboratories, patient organisations.
registries and biobanks. research projects and clinical trials in all the countries of the Orphanet consortium.
Data collection on expert resources in MS provides a unique source of added-value information lbr analysis, therefore
aluable in the scope of providing support the CEGRD in its policy ork (cross-talk ith WP6). These data ha’e been
one of the pillars of the EUCFRD State of the Art documents, and retlect the landscape of expert resources on RD in
partner countries. The inventory of expert resources allows for the publication of compiled data in the Orphanet Reports
Series collection (cf. lask 4.5) in a user-friendly way.
More particularly, and in the scope to provide information to the CEGRD, this task will continue identifying expert
centres and networks of expert centres so as to reflect hcalthcarc pathways at national and European level, of importance
in the process of ERNs identification and establishment; identifying patient registries; identifying clinical laboratories
performing NGS, including their coverage in terms of diseases and genes; maintaining the inventory of orphan
designations and orphan drugs and encouraging Orphanet national representatives to document the availability oforphan
drugs in their respective countries as much as possible.

Task 4.5 : Provide overarching database data management. quality control and IT support. including training MS teams.
Task Leaders: Marc Hanauer ci Charlotte Gueydan ItNSERMI
Start date: MI End date: M36

Currently. Orphanet lays on a relational database that stands on a multi-sen’er IT infrastructure completed by a software
suite necessary to run the Orplianet website, the download platform (Orphadata) and to manage the database content.
‘this model will evolve towards a more flexible knowledge base, in order to stick to most up-to-date data management
technologies and to allow smoother partnerships and development sharing, to ease data collection, edition and quality
control, as ‘ell as exploitation of data. as well as to allow the information to he provided in all the European languages
(depending on the translation capacity of each country). During this task, tooling will be further improved and adapted
to better tit the data collection, edition and validation process. Maintaining a high-standard database requires having a
quality assurance policy in place, including adapting Standards Operating Procedures, training information scientists and
country coordinators, and implementing quality control measures to ensure internal coherence, transversal consistency
and completeness of the database. Quality control of the directory of expert resources, in particular. allows national.
teams in member states to improve the quality and accuracy of their data. Data collection, validation and quality control
are organized by the coordinating theility at the INSERM. A training meeting intended to national inf’onnation scientists
will be organized once a year and distant meetings will be set up on specific topics regularly.
[ask 4.6: Produce reports (Orphanet Report Series) intended to pros ide compiled pieces of information required for’
supporting CEGRD acti ities.
Task Leader: Charlotte Rodwell [INSERMJ: Contributor: UNEW
Start date: Ml End date: M36
Orphanet Reports area series of texts providing aggregated data covering topics relevant to all rare diseases. New reports
are regularly made available online and are periodically updated. They’ are available in 7 languages. ‘these texts are
published as PDF documents accessible from the homepage and from every other page of the website. New versions of
these publications are advertised in the ncwsletter(OrphaNewst. Examples of these reports are: the list of rare diseases
with Orphacodes, data on prevalence of rare diseases, the list of registries on RD in Europe, the list of orphan drugs
with their indications and linked to RD, ... Orphanet Report Series are heavily downloaded: in 2014, Orphanet Report
Series ere consulted more than 2,250,000 times. This very high consultation rate reflects the need of the different
stakchotders to having access to such user-friendly document providing aggregated data on RD in different languages.
The production of Orplianet Report Series reports will continue and will be expanded in cross-talk with WP6. so as to
provide compiled pieces of inthrmation required tbr supporting CEGRD acti’ities.

Participation per Partner

Partner number and short name WP4 effort

- INSERM 602.00

2 - MUW 36.00

3 - SPF 3.5’)
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Partner number and short name WP4 ffert

4- WIV-ISP 18.00

5 - BAPES — 4).00

6 - HSRB 30.00

7-NKCVO 11.80

S -UTARTU 14.40

9 - RINNEKOTI 19.50

12 - MHH 42.20

14- OCMO 11.00

15- SE 11.20

16- HSE 51.00

17 - OPBG 77.00

19- SPKC 10.80

20- V1LSK 30.40

21. LUMC 37.00

23 - NKSD 7.20

24- IPCZD 51.70

25 - DOS 39.50

26- UMF 32.40

27 - CUMS 57.00

28- UKQL 12.50

29- CIE3ER 86.40

30- KS 19.90

31- UNEW 4.00

32- UK PHE 37.80

Total 1.40320

List of deliverables

Other Public

knoledge
1 - INSERM

management
platfonn

Other Public
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List of deliverables

Deliverable

Number
Deliverable Title Lead beneficiary Type

‘ mt10 le)eI Due Pate (hi

months)7

D4.3

Orphanet DB
versionning and
differentials
between versions

1 - INSERM Other Public 36

Annual updates

D4.4
of Orphanet

. 1 - INSERM Other Public 36
knowledge base of
expert resources

1)4.5
Orphanet Report

I - INSERM Report Public 36
Series

D4.6
Orphanet

I - INSERM Other Public 36
users survey

Description of deliverables

D4. 1: Orphanet nomenclature with mappings and annotations. Inventory of RD names, classification, mappings
to ICDIO, OMIM, SNOMED CT and others. T.,inks to genes and annotations with epidemiological data. Monthly
release.
D4.2 Web-based knowledge management plattbrm. Data management facility allowing for suggestions updates, to
assess demands, to approve/reject and to insert into DB.
D4.3 Orphanet DR versioning and differentials between versions to be delivered annually.
D4.4 Annual updates of the Orphanet knowledge base of expert resources. Annual mailing to the registered
professionals.
D4.5 Orphanet report series. Thematic reports (frequency depending on each report)
D4.6 Orphanet users’survey. Annual online survey intended for the website users

D4. 1: Orphanet nomenclature with mappings and annotations [36]

Inventory of RD names, classification, mappings to ICDIO, OMIM, SNOMED CT, and others, links to genes.
annotations with epideiniological data M I to M36 monthly

D4.2 : Web-based knowledge management platform [36]

Data management facility allowing for suggesting updates, to assess demands, to approve/reject, and to insert into the
DR To he delivered at M12,2436.

D4.3 Orphanet DR versionning and differentials between versions [361

Produce annual versions with differentials between versions To be delivered at M12.24.36.

D4.4 Annual updates of Orphanet knowledge base of expert resources [36]

Mailing to professionals annually To he delivered at Ml 2.24.36.

D4.5 : Orphanet Report Series [36]

Thematic reports (frequency depending on each report) To be delivered at Ml2,24.36

D4.6 : Orphanet users’survev [36]

Perform an online survey intended to website’s users Ml2,24.36
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Schedule of relevant Milestones

To be produced
every 2 months
(M2,4.6,8, 10.12,14,16,18,.

MSI3
Orphanetwork:
internal website and - INSI3RM 36
newsletter 0,22,24,28.30.

Establishment of
working groups with
representatives from

MS15
EU Member States

34- ISS 3
to define the scope
and the objects of
sustainable health
systems study

Establishment of
specific working

MS16 groupsonareas 34-ISS 15
of application for
sustainability issues

Establishment of a
European network

( consisting of partners
from EU member

MSI7
States) to reduce

34- ISS 30
health inequalities and
to promote measures
for sustainability of
National strategies for
RDs

Editorial boards of
the internal newsletter

MSI8
during which the

I - INSERM 36 Every 2 months
newsletter content
is validated before
online publication

MSI9
Users suney

I -INSERM 36 M12-24-36
available online

MS2O
Organisation of

- INSERM 24 M12-24
trainings completed

MS21 KM platthrm tested I - INSERM 24

MS22
Data collection for

1 - INSERM 36 Every 6 months
ORS completed
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Work package number WP5 Iead beneficiary ° 13 - DIMD1

Work package title Steering, maintain and encourage the adoption of Orphacodes across MS

Start month 1 End month

Description of work and role of partners

WP5 - Steering, maintain and encourage the adoption of Orphacodes across MS [Months: 1-361
VIMDI, INSFRM. APIIP, VR-IIRRD. HDIR
Task 5.1: To define and set the necessary strateg and tools to implement the Orpha codes in the European countries.
‘task Leader: Remy Choquet. jBNDMR. APF{P.France] - Contributors: All WP5 contributors
Start date: Ml End date: M36
Some MS have already started the work of introducing the Orphacode in their registries or health information systems,
and others have expressed their interest adopting them. Different approaches have already been implemented and start
producing results, raising problems and bringing solutions that are of interest for all MS. A coding nomenclature alone
is not enough to guarantee that the patient data will be comparable from a member state to the other. Along with the
right and quality assessed nomenclature of rare diseases (Orphanet), it is required to provide the coders with the right
instructions and clear objectives of coding Also, given the nature of the rare diseases patients and the celerity of new
discoveries, it is required to handle uncertainty in diagnoses and frequent updates of use nomenclature.
All MS use morbidity and mortality recording systems. Morbidity recording systems utilize, for the generality of diseases
and for the majority of countries. lCD classification, Only in a few countries other systems like SNOMED (‘T are
utilized, I’he Orpha code classification is specifically dedicated to rare diseases and is used only in few countries. Faking
into account these ongoing experiences, the contexts, the prerequisites. the methods to implement specific monitoring
systems of RI) patients will be defined.
In this part of the work. we will use a bottom—up approach to reach a consensus in defining guidelines to implement
RI) monitoring in MS. Starting from the existing e\periences. a set ot rules and guidelines will he produced in order to
support the MS in implementing RD monitoring y stems and the use of Orpha codes.
A steering group, comprised from the contributing institutions, will he set up by the tusk leader. I he steering group will
identify the common denominator of already existing approaches in the different countries and l,ised on that will define:

Page 2” it 4

Objectives

Leader: DIMDL (Germany).
Contributors: APIIP, Regione del Veneto; INSERM: SPF: WIV-ISP; Medical University Sofia : DGS: 11SF: LUMC;
I IDIR: UNEW: GOG: MOW: RAPES: NKCVO: OCMO: ISS: VULSK: Poznan University of Medical Sciences,
Instituto de Salud Carlos Ill and FISABTO-Salud Pfmblica, DOS Fr

The proposition carried in this WP is based on the CFGRDs “Recommendation on Ways to Improxe Codification
for Rare Diseases in Health Information Systems”. fn order to enable countries to implement coding of rare diseases
in a standardized and interoperable way the work package aims at developing a toolset to assist member states in
implementing the Orphacodes in their health system. A steering group of MS will be set tip to learn from local
experiences already in place and better define the required steps and strategy of such a generalization of codification of
RI) at EU le el. ‘l’he definition of common guidelines addressing the issues ofboth quality’ ofcodification and coherence
of exploitation at the European level is a major ambition of this WP. In a second step the development of a European
file holding all necessary Orphacodes to he used for implementation in countries will he developed. It will he tested
together with the guidelines against already’ existing systems and fine-tuned according to the test results. ‘I’his WP is
in close cross-talk with WP4, for it is necessary that Orphanet continues its work of keeping the central resource up to
date, multi—lingual and interoperable with other resources in use by MS in their I IIS. This WP does not address local
implementation of the Orpha coding. It is meant to provide guidance and common standards in order to make sure data
ill be exploitable and comparable at EU level,
The specific objectives of this WP are to:
I. Define the common objectives fbr coding RD in MS. the common leel of granularity to he used and guide the
implementation
2. Define a codification resource aimed at having consistency across MS coding lhr RI)
3. ‘l’une the codification resource after having tested it in a subset of coding groups through pre—existing tools.
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A complete review of current coding systems actually in place in member states and actual plans. This review should
gie a clear overview of possible strategies and planning as to identify RD patients in each MS. This review ssill help
in selling the master file. (deliverable D5.l)
• The level of granularity of Orphacodcs that are essential for all systems working with Orpha codes (registries, centres
of expertise. others). Additional level of detail may be used but does not have to be used right from the start. (deliverable
D5.2)
• A data exploitation plan, sith clear objectives to be addressed by the coding investment (deliverable D5.2)
The Steering group will ork during the three-year length and will meet face-to-face at each JA annual meeting and
will set up a series of distant meetings. A virtual working space will be shared. A workshop will be organized during
year 3 in order to present the results of the shole WP and to promote their use in countries.

Task 5.2: Specification of the required resources for coding RD consistently across Europe
Task Leader: Stefanie Weber, [DIMDI , Gernianyl. Contributors: All WP5 contributors
Start date: Ml3 End date: M24
Within the second year of the project a master tile will be created and populated i1h preexisting data from countries.
It will be further specified according to the guidelines and granularity results from year 1.
The master file wilt be defined bringing together the current experiences of implementation in countries already using
the Orphacodes, and will probably combine the definition of a significant subset of codes needed for interpretation at
the European level, their alignments with lCD-b national extensions and the minimum multi-hierarchical classification
structure derived from the Orphanet central resource. (Deliverable 5.3).
Guidelines on how and why to code with Orpha codes in health systems iii order to generate standardized and comparable
data all over member states (“coding guidelines”) thereby taking into account that already existing coding systems and
possible coding guidelines in national settings need to be continued in use. ‘The guidelines should include rules for
coding cases (confirmed, suspected, coding with group of diseases when the disease is still unknown, multiple coding
situations). These guidelines should state clearly upfront the objectives of the coding to avoid miscoding depending on
coding habits and structures of cacti MS (deliverable D5.2 together with the coding resource).
As well ways and methods will be developed to merge the results to a permanent maintenance facility (e.g. Orphanet.
WP4) and to make sure that long term mechanisms are set into place to guarantee that the use of the file and the guidelines
will he possible long term. A mechanism for routine feedback from countries and users need to he set into place to
allow for adaptation of file content and of guidelines according to member-state needs, as well as to impact the central
Orphanet nomenclature.

Task 5.3 : Promoting the Orpha codes across MS by sharing coding tools and testing the master resource
Task Leader: Paola Facchin. [Veneto, Italy]. Contributors: All WP5 contributors
Start date: M25 End date: M36
The use ofICD classification and Orpha codes classification should be time-consuming and burdensome when it is based
on a manual double codification process. This element could strongly jeopardize the implementation of’ RD monitoring
systems and, in particular. of orphan codes. Besides. giving each professional the task of manually assigning the codes
implies a great inter-observer variability and thus a poor quality of collected data, which might frustrate the eftbrt of
implementing complex coding systems useful to identify precisely RD patients in a population. On the other hand.
problems are encountered when non-physician coders should attribute lCD and Orpha codes to diagnoses made by
physicians. It is expensive, has bias due to the coders’ subjective assessment, and is inaccurate, because of the lack of
coders’ knowledge about the patients and their phenotype. For these reasons, electronic tools that automatically assign
[CD and Orpha codes to the specific diagnoses given by physicians (as proposed by Veneto registry in Italy) or providing
assistance to the identification of correct codes (as proposed by BNDMR in France) are designed to minimize these
difficulties.
The utilization of the coding results in a standardised way through the master resource provided in Task 5.2. would bring
consistency across coding systems and reduce inter-obsen er ariability. It should cut time and costs, linking tightly
the diagnoses to the codes.
In the last year of this WP the deeloped products will he tested in the countries and results will be collected through two
difYerent tools, as to share deelopments conducted in Italy and in France. The results ill be used for fine tuning and
adapting of coding rules and content. in order to test the new file and the guidelines previous coding exercises can he
repeated and the results can he checked tbr proot of concept. As well, countries that ha e not yet used Orphacodes will be
introduced to and trained on the use of the master file and th coding guidelines and can then test the file and guidelines
in specific settings. even small scale, and gie feedback on usability of file and guidelines as well as on content of them.
The results will be compiled and the master tile and guidelines siIl be adapted accordingly beibre merging them to
routine implementation. (Deli erable D5.6)
Fxpcricnces already done in Italy and in France ilI he enhanced based on local resources.l Delicrahle 5.4)
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Task 5.4. Plan fornext steps needed to address long-term maintenance, and sustainahility of the resources and guidelines.
fask Leader: Stefanie Weber, LDIMD1, Gerrnanyj - Contributors: AllWP5 contributors
Start date: M30 End date: M36
Building of the lessons learned on the 3-years experience and on the results obtained, the working group will set up
recommendations on next steps which will help to merge the project results to a long-term maintenance which is stable
and available for member states. ‘[‘hese recommendations will include an estimation of resources to he allocated at
national and European level. (Deliverable 5.5)

Participation per Partner

1 - INSERM

10- APHP

13- DIN1DL

18 - VR-1IBRI)

22 - HDIR

Total

List of deliverables

Deliverable Dissemination level Due Date (in
Deliverable Title Leaibeary Type

months)Number”

Review document
of existing
technical

D5.1 10- APHP Other Public 12
implementations
for RD coding of
MS

Standard
procedures and

D5.2 guide for the 10- APIIP Other Public 13
coding with Orpha
codes

An European
D5.3 integrated master 13 - IMMDT Other Public 36

tile

A set of coding
D5.4 helping tools for 18 - VR-IIBRD Other Public 36

rare diseases

Draft
recommendation

D5.5 10- APHP Other Public 36
for routine
maintenance

Description of deliverables

D5. 1 Reiew document ot’existing technical implementation of RD coding of MS.. naly se at each MS level the
situation thr RD coding base don previous general ork done through precedent JA. This work includes deep analysis

n

Partner number and short name WP5 effort

3.00

19.00

30.00

16.00

0.10

68.10
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of current and future situation. Existing systems in each country might already give satisfactory data from some RDs.
Granularity analysis for further coding requirements.
D5.2 Standard procedures and guide fur the coding with Orpha codes. To guarantee comparable datasets from MS a
clearly procedure will be clearly defined.
D5.3 European integrated master file. Table fine-tuned according to the test results and containing all the information
that was provided by MS over the project period
D5.4 Set of coding help tools for RD. electronic sheet and relational Dl3 for the automatic coding of RI)
(experimentally for a group of RDs)
D5.5 [)raft recommendation for routine maintenance. APHP, VENETO and DIMDI set of next steps which will help
to merge the project results to a long-term maintenance which is stable and available for MS in the draft form of a
recommendation.

D5.l : Review document of existing technical implementations for RD coding of MS [121
Analyse at each MS level the situation for RD coding based on previous general work done through precedent JA.
this work includes deep analysis of current and future situation. Existing systems in each country might already give
satisfactory data from some RDs. Granularity analysis for further coding requirements.

D5.2 : Standard procedures and guide for the coding with Orpha codes [18j
To guarantee comparable datasets from MS. a coding procedure should be clearly defined

D5.3 : An European integrated master file [36]

Table fine-tuned according to the test results and containing all information that was provided by member states over
the project period

D5.4 : A set of coding helping tools for rare diseases [361
Electronic sheet and relational Dl3 for the automatic coding of RD (experimentally for a group of RD)

D5.5 : Draft recommendation for routine maintenance [361
APHP, VENETO.DIMDI Set of next steps which will help to merge the project results to a long-term maintenance
which is stable and available for member states in the draft form of a recommendation.

Schedule of relevant Milestones

Milestone number Milestone title I Lead beneficiary (in
Means efrerilication

Ihe complete
state of the art of

MS23
MS situations in

10 - APt [P 12udentit)mg RDs
possible solutions and
strategies

Specifications for

MS24
an integrated coding

18- VR-IIBRD 12application with
Orphacodes

Specifications of a
master file taking
into account existing
implementation and
strategies of MS

Th set of clear
objectives and coding
rules propositions for
RD at EU level

13- DIMDI

18- VR-IIBRD
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Schedule of relevant Milestones

1ilestone be’s } Milestone title Lead beneficiary Means ofverification

A beta master tile
ersion to be tested

MS27
in some selected

13 - DIMDI 24 DIMDI’APHP
MS together with
the correct coding
procedut es

Finalised Master
File and Guidelines
aailable together APFIP DLMDI VR

MS28 ith plan on how the 13 - DIMDI 36
IIBRD

two items could be
merged to routine use
and asailahility
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Work package number’ ‘v P6 1 ead benefieiar 31 UNEW

Work package title Policy Development thr RI) and Integration with other relevant initiatics

Start month I End month 36

Objectives

Leader: UNEW
Contributors: MUW, SPF. WIV-ISP. Bulgarian Association for promotion of education and Science/Rare Diseases
institute.Moli Cyprus. NKCVO. EURORDIS. French DGS. INSERM, UKF. Medizinischen FakultSt der Otto-von
Guericke-Universitat Magdcburg, PTE. SE, OPBG. VR-IIBRD. TSS. VULSK, HDIR. Poznan University of Medical
Sciences. Portuguese DGS, UKC Ljubljana. CIDER. Instituto de Salud Carlos 111. FISABIO-Salud POblica. INERP.
Office population of health genomics (WA)

The main objective of this WP is to support the development of policies and recommendations for consideration and
adoption by the Expert Group on Rare Diseases and subsequent delivery to the European Commission. The WP Gll
collaborate with relevant projects and initiatives within the RD field and in pertinent related areas to ensure cross talk
and integration to support the tasks. By providing information (including through the production of the State of the
Art on RD in Europe) and through the development of policy recommendations this WP will support the work of the
Commission Expert Group on Rare Diseases and also support the MS in implementing Recommendations and policies
relating to RD
The specific objectives of this WP are to:
I. Develop and implement a methodology to support the development of policies and recommendations in association
with all relevant stakeholders.
2. Provide information and policy support to the Expert Group on Rare Diseases
3. Produce the Report/Resource on the State of the Art of Rare Diseases Activities in Europe

Description of work and role of partners

WP6 - Policy Development for RD and integration with other relevant initiatives [Months: 1-36]
UNEW. APHP. HDIR
This WP will build on the work previously deeloped within the Eucerd Joint Action (EJA) intended to support
the implementation of the EC recommendations on rare diseases at the MS level, by establishing position papers
and recommendations issued from high-level multidisciplinary working groups in which all the stakeholders were
represented. During this WP a methodology will be developed in order to prioritize areas for which there is still need
to foster implementation of policies. A pre-selection of topics are proposed below as areas in which substantial unmet
needs remain with respect to rare diseases and / or where a cycle of ongoing or updating of current recommendations
will be required over the period of the Joint Action. For alt of these subject areas. synergies will be assured with other
funded initiatives and their leadership engaged. These topics largely correspond to Operational Actions defined under
the Commission Communication (C()M 2008 679). here ork remains to be carried out (Operational actions related
to improving recognition and visibility of RD will primarily he addressed by Wl’4 and WP5).
These topics include, but are not limited to. the following:
Thematic Priority Proposed for \VP6
European Reference Networks fERNs)
Centres of Expertise and healthcare pathways
Objective of the Commission Communication underpinning this work:
5.1: Improving universal access to high-quality healthcare for rare diseases in particular through development of
national/regional centres of expertise and establishing EU Reference network

Registries, databases and data collection (including quality. and access and sharing)
Objective of the Commission Communication underpinning this work: 5.11 : Registries and databases

Integration ot’RDs into Social Policies and Specialiscd Social Scr ices
Objective of the Commission Communication underpinning this work: 5.2 Access to specialised social services

Genetic testing Next Generation Sequencing: Genetic Counselling: neonatal screening. Prminar Prevention of rare
congenital anomalies
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Objective of the Commission Communication underpinning this work: 5.9 Quality management of diagnostic I
laboratories: and
5.10 Primary prevention

Coordinated approaches to pricing and innovative mechanisms to improve access to rare diseases therapies, including

H1A
Comprehensive information systems (FleIp-lines. intbrmation points)
Objective of the Commission Communication underpinning this work:
5.3 Access to Orphan Drugs
5.4 Compassionate use programmes
5.5 Medical devices
5.6 incentives for Orphan Drug Development

Comprehensive information systems (Flelp—lines. information points)
Objective of the Commission Communication underpinning this work: Mentioned in 5.2. as above.

F-health
Objective of the Commission Communication underpinning this work: c-health

[he WP may also explore, as deemed necessary by the Consultative Group, partners and the Expert Group. topics

beyond the immediate scope of the Commission Communication, where these are deemed to meet the changing needs

of the field: suggested topics in this category include Best Practices / guidelines on diagnostics, Public Flealth Indicators

and care and Methodology for assessing the Socio-economic Burden of Illness of Rare Diseases.

The precise scope of work in the above areas will form the basis of annual workplatming to reflect current and changing

priorities over the course of the JA.

Task 6.1 : Implement a robust policy methodology to support the work of the Expert Group on Rare Diseases

Task Leader (Kate Bushhy. UNEW) Contributors (MUW. FPS Health. WI V-ISP. BAPES, Mol-1 CY, MoH Fr, NKCVO.

INSERM. EURORI)IS. UKF. INFRP, OVGU. PTE, SE. OPBG, Veneto. ISS, VULSK, HDIR, Poznan Uniyersity. I)GS.

UKCL, FISAB1O-Salud Pfihlica, CIBER, ISCIII, WADOH ia the Consultative Group)
Start date: Ml End date: Mt2
The partners in WP6 together with the Orphanet team and EURORDIS will he constituted to form a Consultative Group

to support the development and implementation of the methodology to support the whole policy cycle and topic areas,

from identilication/conlirmation of priority areas through to development of Opinions and Recommendations of the

Expert Group.
This methodology will also include ongoing systematic review and updating of outputs on a regular basis, and in line with

current work of the Expert Group and European Commission. As above, this policy cycle will include, but not he limited

to: ERNs, Centres of Expertise. Registries and Data Collection (including quality issues). Integrating rare diseases into

social policies, Genetic testing/screening and NGS. Comprehensive information systems, Generation and sharing of best

practice and guidelines on diagnostics and care. Pricing and access to therapies (1-ITA), c-health, Prevention of congenital

anomalies, and Evaluation of the socio-economic burden of RD. As the RI) field can change quite dramatically over

a period of three years. flexibility to ensure responsiveness in the relevant areas will be important, so the workplan at

this stage cannot he completely prescriptive.
UNEW will lead the task, with support from all partners and feedback from the Expert Group. The main output of this

task will be the agreed methodology, identification of key groups for interactions and agreed outputs for each policy

area (to include information, opinions, and recommendations) and, with the Commission and Expert Group, a suggested

timeline for each area of interest.
Task 6.2: Provide comprehensive policy support to the Expert Group on Rare Diseases
Task LeadertKate Bushbv. UNEW): Contributors tMUW, FPS Health, WI V-ISP, BAPES. MoI-1 CY, MoH Fr. NKCVO,

INSERM. EURORDIS, UKF. INERP, OVGU. PTE. SE. OPBG. Veneto. 155. Vt/LSK,HDIR.Poznan Universit).DGS:
tfKCL.FISABIO-Saiud Pfihlica.CIRER. ISCIII. VADOlI via the Consultative Group)
Start date: Ml End date: M36
[his task addresses a key target area of the Commission Communication on Rare Diseases;
‘Efiicient and effective action for rare diseases depends on a coherent overall strategy for rare diseases mohilising scarce

and scattered resources in an integrated and uell-recognised was, and ntegrated into a Common 1:uropean churl. lhat

common European eftort itself also depends on a common approach to work on rare diseases”.
Through implementation ofthe policy methodology in task 1 WP6 will provide support to the Expert Group in terms of

the provision of inlormation on relevant initiatives as well as the drafting, elaboration and revision of Recommendations.

Reports and Opinions for approval and adoption by the Expert Group.
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[lie timeline for each thematic area will vary — in some cases work will foreseeablv be constant and ongoing, via
conference calls, meeting and workshops (e.g. ERNs), Others will have more sporadic periods of intense activity in
terms of preparation for a workshop. In all cases, the timeline for these policy areas will he developed by UNEW with
the input of the Consultative group arid agreed with the Expert Group and European Commission and will support the
ongoing implementation on the Commission Communication on Rare Diseases and Council Recommendation on an
action in the field of rare diseases. All of these areas of research and co-ordination will be performed by the Newcastle
team, in conjunction with the Consultative group.
There arc many additional initiatives which will also he engaged so that their outputs can be further integrated into
the policy work of the Joint Action as necessary including RD-Connect; JRC: OSSE: National Registries; IRI)iRC:
GA4GH; E-Rare3 and many more. It will be the responsibility of the UNE\V team to liaise with these groups and
produce updates for the JA and CEGRD.
Outputs of this task will include material for the Expert Group and its outputs in terms of opinions, recommendations
and other documents. In collaboration with WP2. relevant documents will also he prepared for other dissemination
routes, including via the National meetings, ECRD. Orphanews. website etc.
Task 6.3 Produce the ReportiResource on the State of the Art of Rare Diseases Activities in Europe
Task Leader (UNEW 25 PM): Contributors (INSERM, ELJRORDIS, all MS)
Start date: Ml8 End date: M30
A key part of IJNEW’s work will involve collating and analysing data for the State of the Art report. The intention is to
revise this (traditionally) annual report and utilise the data to follow MS progress and identif good practices nationally
and internationally. It will therefore be transformed into a more dynamic and interactive web-based resource. to make
it easier to monitor progress in terms of RD-related activities in each MS. An annual summary report will he produced
(twice during the course of this JA) but it is intended that the resource itself is frequently updated and thus more able
to support MS in implementing their national plans and strategies fir RD.
The Debrief Reports generated during the EJA will form the basis for ongoing review of national activities in RD —these
will be updated following the respective national conferences organised under \VP2. In parallel, it is envisaged that WP6
task 3 will oversee completion of the EUCERD Recommendations on Core Indicators for RD National Plans, and that
the SoA resources will display these tables, to support transparency. The aim is to engage with not only the CEGRD
MS representatives here, but also ideally the Orphanet national teams, to collate the data and cement links between the
Policy WP(6) and the other core WPs of this JA. There could also be opportunities for wider public comments, i.e. via
the National Alliances. In addition. thematic area forums will be set-up, to promote key resources relevant to that topic
and also to support MS in sharing ideas and challenges relating to national implementation.
The State of the Art document will be disseminated through WP2.

Participation per Partner

Partner number and short name !vP6 effort

10- APIIP 26.00

22- HDIR 0.10

I.JNEW 113.20

Total[ 139.30

List of deliverables

Deliverable , Dissemination level Due Date (in
14 Deliverable Title Lead beneficiary Type 15

‘7Number months)

Progress report on
--

P6.1 policy delierv and 31 - UNEW Report Public 18
implementation

Final report on
P6,2 policy delivery and 31 - [NEW Report Public 36

implcrncntatron
—
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List of deliverables

Deliverable Dissemination level Due Date (in
Deliverable Title Lead beneficiary type i5

16 17

umber months)

2010 Edition of

D6.3 the Slate of the Art 31 - I NEW Report Public 18

Report

2(117 Edition ol

D6.4 the Stdte i,ithe Art 31 - UNEW Report Public 30

Report

Description of deliverables

Do. I Progress report on policy delivery and implementation. This report will be structures to include specific updates

on the thematic areas
D6.2 Final report on policy delivery and implementation. this report will be structures to include specific updates on

the thematic areas.
D6.3 201 6 edition of the State of the art report. Annual report on key developments in the field, at national and EU

level.
D6.4 2017 edition of the State of the art report. Annual report on key developments in the field, at national and EU

level.

D6.l Progress report on policy delivery and implementation [18]

This report will be structured to include specific updates on the thematic areas.

D6.2 : Final report on policy delivery and implementation [36]

This report will he structured to include specific updates on the thematic areas

D6.3 2016 Edition of the State of the Art Report [181

Annual Report on key developments in the field, at national and EU levels

D6.4 2017 Edition of the State of the Art Report [30]

Annual Report on key developments in the field, at national and EU levels

Schedule of relevant Milestones

Due Date (in
Milestone number Milestone title i,ead beneficiary

months)
Means of erification

Agree draft policy

MS29 methodolog u ith 31 — I ‘NEW 6
Expert Group

MS3O Agree VP6 \\orkplan Si - UNEW 3

MS3 I
Re ieo, t PLl1te \\ P6

31 - UNEW 14
Vvorkplan II)

MS32
Re le% I pdate \ P6

sI - IJNEW 24
\orkpLin Ill)

MS33
Reieu h Kpert

31 - UNEW 14
Group 01 aetI\ tIe (I)

Reie 1’ Fperl

\lS34 Group ot ,Ietl ue SI — I \l\\ 26

(II)

Ms’
•\vree fomiat for new

31-ENEW 6
SoA Resource
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Schedule of relevant Milestones

Milestone number ‘ Milestone title Lead beneficiary irieans of verification

Report on the
polic cycle and

MS36 methodology to 31 -UNEW 12
support the Expert

jGroup

Page 3h ot 47
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1.3.4. WT4 List of milestones

[istofl
tofl title WI’ number

• Lead Due Date j
Means of verification

number beneficiary month)

Organisation of
kick-off completed

MS1 (meeting,agenda WPI I - 1NSERM 2

& preparatory
documents)

Timetable!

MS2 WPI I - INSERM 2
with detailed
description of tasks

MS3
Draft interim

WPI I - ENSERM 18
reports completed

Organisation
of meetings

MS4
cotct

WP1 1 - INSERM 29 M17-M29
(meeting,agenda
& preparatory
documents)

Stakeholder
analysis:
identification 11

MS5 of target groups WP2
EURORDIS

and adequacy of
channels to be
used

Graphic Identity
MS6 of Website and WP2 I - INSERM 6

Newsletter

MS7 Internal Newsletter WP2 I - INSERM I Mo, M12. M18. M24, M30

Editorial board
MS8 meetings WP2 1 - TNSERM 36 Every 2 months

( Orphanews)

Identification
of the Member 11

MS9 States and themes WP2 EURORDIS
12

for the National
Workshops

MS 10 Partners survey WP3 2 - MUW 23 MI 2M24

\IS II
Mhoc users

WP3 2 - MUW 18
sui-’.eys

E.\ternal f
evaluation of

MSI2 Orphanet from WP3 2- MI]W 18

French institutions
ready

Page 37 of 47
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Milestone Lead Due Date (in
Milestone title number’ , Means of venficationnumber beneficiary months)

Orphanetwork: lo he produced
MSI3 internal website WP4 1 - INSERM 36 every 2 months

and newsletter (M2,4,6,8, 10,12,14,16,18,20

Annual Orphanet
Management
Board meeting

MSI4 organised (agenda WP3 I - INSERM 30 M2-M17-M30

i and preparatory
documents) and
held

Establishment
of working
groups with
representatives

MSIS
from EU Member

WP4 34- ISS 3States to define
the scope and
the objects of
sustainable health
systems study

Establishment of
specific working

MSI6
groups on areas

\VP4 34- ISS 15of application
for sustainability
issues

[ Establishment of a
European network
(consisting of
partners from
EU member

MSI7
States) to reduce

WP4 34-ISS 30health inequalities
and to promote
measures tbr
sustainahility of
National strategies
for RDs

Editorial boards
of the internal
newsletter

MSI8 during which the \VP4 I - INSFRM 36 Every 2 months
nesletter content
is validated before
online publication

\1S19
(sers sune

p4 I - INSERM 36 Ml2-24-36available onhne

Org anisation
MS2O oftrainings WP4 I - INSERM 24 Ml2-24

completed
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Milestone Lead Due Date (an
Milestone title ? P number! MC1fl5 of’ erification

number beneficiary months)

MS2I
KM platform

WP4 I - INSERM 24
tested

M822
I)ata collection for

WP4 I - INSERM 36 Every 6 months
ORS completed

The complete
state of the art o1

MS23
MS situations in

WP5 I 10- APHP 12
identifying RDs
possible solutions
and strategies

Specifications

MS24
for an integrated

WP5 18 - VR-IIBRD 12
coding application
with Orphacodes

Specifications
of a master
file taking into

MS25 account existing WP5 13- DIMDL 18
imp]ementation
and strategies of
MS

The set of clear
objectives and

MS26 coding rules WP5 18- VR-IIBRD 18
propositions for
RD at EU lcvel

A beta master tile
version to be tested

Ms27
in some selected 13 - DIMOI 24 D1MDI/APHP
MS together with
the correct coding
procedures

Finalised
Master File
and Guidelines
available together

MS28 with plan on how WP5 13- DIMDI 36 AP1IP, DIMDI. VR-IIBRD

the two items
could be merged
to routine use and
availability

---____ —.-_____

Agree drafi policy
MS29 methodology with V P6 31 - I NEW 6

Fxprt Group

MS3O
Arce \‘P6

WP6 31 - LNEW 3
Viorkp Ian

-

NIS3I
Revie7Update

WP6 31 - (INEW 14
V P6 Workplan (1)
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MiIetone Lead Due Date (inMilestone title W’ number Means of verificationnumber bencuetary months)

MS32 Revie4/Update
WP6 31 - UNE\V 24Vv Pb Workplan (11)

Review by Expert
MS33 Group of activities WP6 31 - UNEW 14

(1)

Review by Expert
MS34 Group of activities WP6 31 - UNEW 26

(11)

MS35
Agree format tor

WP6 31 - UNEW 6new SoA Resource

MS36

Report on the
policy cyclc and
methodology to
support the Expert
Group

WP6 31 -UNEW
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1.3.5. WT5 Critical Implementation risks and mitigation actions

. .
Proposed risk-mitigation

Risk number Description of risk Vii’ Number measures

Ri Conflict between partners WPI Consortium agreement

Misunderstanding! .

. . Effective communication
R2 misinterpretation of WP1

‘ . strategy
L0bJt ‘deliverables

R3 withdrawal of beneficiaries WPI Consortium agreement

R4
delays in completion of [keguiar monitoring of

deliverables j activities and evaluation

JUse of Fonvard Contracts

For the ECRD 2016:
which binds to buying a set
amount ot currency at a set

fluctuations of the exchange . .

R5 Vi P2 pnee and within a certain
rate hets ecu the euro and tame Irame or at a specified
the pound point in time agreed upon

within the contract

We will secure
dissemination of save-the-
dates and invitations eli

. ahead of the event and
Low level of participation advertise the Conference

R6 due to unforeseen P2
.

on all rcle ant Supports
circumstances (on websites FURORDIS

and partners. distributing
fly ers to relevant meetings /
conferences, etc.)

We will ensure good
communication /
coordination leels by

Coordination difficulties starting reles ant activities

R7 with local authorities and WP2 well ahead of the national

national alliances orkshops themselves
and by ensuring high
communication flos +

L
Rely on the local JA partner

Misunderstandino’
.

. Effective communication
R8 misinterpretation ol WP2

. . . strategy
obtectives idelaverahles

R9
Delays in completion of

ViP2
Regular monitoring of

delis erablcs activities and evaluation

R 10
Coordination dafficultie

P2
Effctive communication

with local authorities strategy

Rh
MS una ailable to Strengthening of literature

ohlaborate re ie

French institutions
. -, Institutions aireads ngaaed

RI 2 unavailable to perlorm WP an the e aluataon process
external evaluation

Page-Il 01i
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MS unable to find a
consensual agreement
regarding the long term
sustainahility of Orphanet

I lacking of the database
accessible on the web

Delay in producing!
updating the informationi
ency clopaedia due to turn-

Too high ariabiIit of the
existing situations in MS

loeatensolntiiiesVP5
in lCD

(ireat complexity ot the
network of relations
between lCD classification
and orphan OflC

Development of an
explanatory document
with a modular dissection
and representation of all
Orphanet services and
tools combined with a
checklist to facilitate
informed decision of the
MS according to their
national needs and to the
European perspective and
added value of the database

Secured database, recovery
program in place

Replacement of infbrmation
scientists/medical writers,
redistribution of tasks to
minimize the impact

The coordination team
in Paris vill carry out
the task: the replacement
of the country team will
be demanded as soon as
possible

User-friendly tools are set
up to ease the validation
tasks. In case of need, data
will he quality controlled
by other means depending
on the nature of data and
delivered if appropri ate
with the mention of the

alidation status (validated
yes/no).

Aggregation of MS
per macro-groups of
existing situation: ditierent
recommendations for
macro-group of MS

expertise of the
mv olved protèssionals and
decision taken at majontv

Experimentation applied
only to specific groups of
rare diseases

n

Risk number Description of risk WI’ Number Proposed risk-mitigation
.

. measures

Rl3 MS unavailable to peribim
The CFGRD will he

external evaluation
WP3 solicited to engage the

evaluation process

Rl4 WP3

Rl5

R16

WP4

WP4

over

Failure to a partner to
RI 7 deliver for expert resources

data collection in a country
WP4

RIS
Delay failure of health
authorities to validate the
expert resources data

WP4

I RIQ

[R20

R2 I

WP5

Page 4 t
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.
. Proposed risk-mitigation

Risk number Description of risk 441’ umber
measures

ll partners tasked ith

.
ensuring national contacts

1 ack of engagement by
P.22 . - WP6 and oreanisattons are a’.are

community of the ork plan and able to
contribute to the outputs

Regular calls with the EC

R23
Lack of clarity on needs of

WP6
and partners to agree and

the Expert Group and EC communicate areas hic1i
need work

Page -13 ot-47
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1.3.7. WT7 Tentative schedule of project reviews
Review Tentative Planned venue I Comments, if anynumber timing of review

RVI 12 Chafea

RV2 24 Chafea

RV3 36 Chafes

[‘age 4h ot 4
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1.4. Ethics Requirements

No ethics requirements indicated
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1. Project number

The project number has been assigned by the Commission as the unique identifier for your project. It cannot be
changed. The project number should appear on each page of the grant agreement preparation documents (part A
and part B) to prevent errors during its handling.

2. Project acronym

Use the project acronym as given in the submitted proposal. It can generally not be changed. The same acronym should
appear on each page of the grant agreement preparation documents (part A and part B) to prevent errors during its
handling.

3. Project title

Use the title (preferably no longer than 200 characters) as indicated in the submitted proposal. Minor corrections are
possible if agreed during the preparation of the grant agreement.

4. Starting date

Unless a specific (fixed) starting date is duly justified and agreed upon during the preparation of the Grant Agreement,
the project will start on the first day of the month following the entry into force of the Grant Agreement (NB entry into
force = signature by the Commission). Please note that if a fixed starting date is used, you will be required to provide a
written justification.

5. Duration

Insert the duration of the project in full months.

6. Call (part) identifier

The Call (part) identifier is the reference number given in the call or part of the call you were addressing, as indicated
in the publication of the call in the Official Journal of the European Union. You have to use the identifier given by the
Commission in the letter inviting to prepare the grant agreement.

7. Abstract

8. Project Entry Month

The month at which the participant joined the consortium, month 1 marking the start date of the project, and all other start
dates being relative to this start date.

9. Work Package number

Work package number: WP1 WP2, WP3 WPn

10. Lead beneficiary

This must be one of the beneficiaries in the grant (not a third party) - Number of the beneficiary leading the work in this
work package

11. Person-months per work package

The total number of person-months allocated to each work package.

12. Start month

Relative start date for the work in the specific work packages, month 1 marking the start date of the project, and all other
start dates being relative to this start date.

13. End month

Relative end date, month 1 marking the start date of the project, and all end dates being relative to this start date.

14. Deliverable number

Deliverable numbers: Dl - On

15. Type

Please indicate the type of the deliverable using one of the following codes:
R Document, report
DEM Demonstrator, pilot, prototype
DEC Websites. patent fillings, videos, etc.
OTHER

16. Dissemination level

Please indicate the dissemination level using one of the following codes:
PU Public

/ 2L
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CO Confidential, only for members of the consortium (including the Commission Services)

EU-RES Classified Information: RESTREINT UE (Commission Decision 2005/444/EC)

EU-CON Classified Information: CONFIDENTIEL UE (Commission Decision 2005/444/EC)

EU-SEC Classified Information: SECRET UE (Commission Decision 2005/444/EC)

17. Delivery date for Deliverable

Month in which the deliverables will be available, month 1 marking the start date of the project, and all delivery dates

being relative to this start date.

18. Milestone number

Milestone number:MS1, MS2,..., MSn

19. Review number

Review number: RV1, RV2,..., RVn

20. Installation Number

Number progressively the installations of a same infrastructure. An installation is a part of an infrastructure that could be

used independently from the rest.

21. Installation country

Code of the country where the installation is located or 10 if the access provider (the beneficiary or linked third party) is

an international organization, an ERIC or a similar legal entity.

22. Type of access

VA if virtual access,
TA-uc if trans-national access with access costs declared on the basis of unit cost,

TA-ac if trans-national access with access costs declared as actual costs, and

TA-cb if trans-national access with access costs declared as a combination of actual costs and costs on the basis of

unit cost.

23. Access costs

Cost of the access provided under the project. For virtual access fill only the second column. For trans-national access

fill one of the two columns or both according to the way access costs are declared. Trans-national access costs on the

basis of unit cost will result from the unit cost by the quantity of access to be provided.
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HP-JA-2014 RD-ACTION Proposal number: 677024 • Associnied with document Ref. Ares(2015)3186279 - 29/07/2015

Answers to the evaluators (2nd round of evaluation of the revised proposal submitted on June 04)
Again we are grateful to the evaluators for further constructive comments and criticism allowing for further
refine- and improvement of our proposal. Below, we indicate all modifications included in the new proposal, each
being related to the evaluator’s comments.

1 Comment on nominated partners:
‘..Also some of the bodies nominated as associated partners changed their roles to collaborating. This should be

justifIed” has nat been taken into consideration by the coordinator. It still needs just ificotion.

A sentence was added to paragraph 10.1 to explain the following:
a Some nominated partners agreed on being collaborating partners instead of beneficiaries: in WP4, when more
than one institution was nominated to conduct Orphanet activities in the same country, some partners decided to
have all the budget managed by one of the institutions while others participate as collaborating partners a.
Partners concerned: Austria (MUW beneficiary and GOEG collaborating), Croatia (HSRB beneficiary and HZJZ
collaborating) , German (MHH beneficiary and RIO collaborating), Hungary (0TH and SE beneficiaries and PTE
collaborating);
a in workpackages in which the work will be done through workshops and meetings, participating institutions
were consulted and agreed to have the budget centralised at the WP/tasks leaders level, in order to optimise the
allocated resources and to ease managing funding and administrative issues (WPs 2,5, 6) a
Partners concerned : Goeg (AT), M0H (BG), MU-Sofia (BG), MoN (CV), University of Franckfurt (DE), University of

madgeburg (DE), INERP (GR), MoH (LU), Poznan University of Medical Sciences (PL), lSCllI (ES), FISABIO (ES)

Comment on WP3 — Description of deliverables

a This section does not describe the deliverables. It repeats the section under the some WP which describes
the work and the role of the partners. a

The evaluation performed under WP3 will result in a number of individual reports, each addressing the relevant
tasks in workpackages 2, 4, 5, and 6, as described in Task 3.1 and 3.2 of this WP. To this end, the appropriate,
task-tailored process, output, outcome and impact indicators described in:

• chapter 2 (“Aims and objectives of the action”), item 2.2 (“Specific objectives of the action”),

• chapterS (“Methods and means”), item General objective 1, WP4 (“Orphanet, the European database for
rare diseases’) specific objective 6 (“Make the European database for RD sustainable”),

• chapter 7 (“Work Packages”), item 7.2 (“Work packages description”), WP3, Task 3.1 (“Evaluation of the
Joint action achievements”)

as well as the results of the intended satisfacoty surveys (where described in the proposal) will be used for the
assessment of the individual tasks. To better indicate this procedure, we have changed the wording of deliverable
03.1, pointing Out that individual task-related evaluation reports are the ultimate deliverable. We further added
a more detailed description of the content of the deliverable summarizing the process details described above.

Comment on WP3 — Task 3.2

“There is no deliverable related to task 3.2.a

A new deliverable 03.2 was added, named “Reports on the external evaluation of Orphanet”. This deliverable
specifically addresses the exercise described under task 3.2 consisting of two separate external evaluation
assessments, one by French institutions focusing on the structure, content and functioning of the database and
one by representatives of different stakeholders in each MS to assess their needs regarding the database. This
“double approach” is also briefly described in the contents field of this deliverable.

{/
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Comment on WP3 — Evaluation related to the achievement of the JA objectives

e An evaluation related ta the achievement of the JA objectives (based on the indicators presented under

item 2.2. Specific objectives of the action) is not planned. a

We apologize for not being clear enough in our proposal, but the indicators presented under item 2.2 are one key

instrument in the evaluation of the achievements of the project. To stress this fact, we have adapted deliverable

D3.1 as described above, including the use of the aforementioned indicators in the contents description of this

deliverable (see above).

In addition, the previous deliverable D3.2 is now re-numbered as deliverable D3.3 (Sustainability plan) and its

content description has been elaborated in more detail.

D3.1 Individual task- 3 MUW Each evaluation report will be based on PU M12,18,2

related evaluation (1) the analysis of all relevant, task- 4,

reports for related indicators as outlined in item 2.2 30,36

WP2,4,5, and 6 (Specific objectives of the action”),
methods and means specific objective 6
and task 3.1, as well as (2) the analysis of
the intended satisfactory surveys

D3.2 Reports on the 3 INSERM- Reports summarizing the independent CO M6-12

external evaluation DGS (FR) — evaluations of Orphanetby French

of Orphanet MUW institutions and by MS representatives

D3.3 Sustainability plan 3 INSERM Development of a modular representation PU M24

for Orphanet core DGS (FR) — of Orphanet and elaboration of strategies

activities MUW for a secured legal framework and a
sustainable funding of Orphanetin the EU

5. Comment on WP2: it is better to say joint action instead of project in the disclaimer.

Changed (part A). “The [communication/publication] arise from the Joint Action RD-Action which has

received funding from the European Union in the framework of the Health Program”

Comments on BUDGET

I. Partner 3 — SPH, Dr Mertens: no information on the concrete activities that this expert will be

implementing. The same is for Dr Van den Bogaert.

Justification has been included in partB

2. Partner 4- WIV-ISP: there is a discrepancy between the persons’ position and the justification.

Just(fIcation has been included in partB
3. Partner II — EURORDIS: positions of the staff members are presented but justification related to

the tasks to be perfbrmed by the staff members is missing

Justification has been included in partB
4. Partner 21 — LUMC: justification related to the tasks to be performed by the following staff

members is missing: P. van Overveld and the medical writer

Justification has been included in partB
5. Partner 29— CIBER: the staff members’ experience is presented instead of justification related to

the tasks to be performed

Justification has been inc/tided in partB
6. Partner 34— ISS: justification related to the tasks to be perfurmed by the staff members is missing

Just(fication has been included in partB
2
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Answers to the evaluators (first evaluation)

We are grateful to the evaluators for their constructive comments and criticisms that allowed the participants
improving the proposal. We indicate here below what was modified according to each particular matter pointed
out by the evaluators.

Comments on Criterion 1 - Contribution to public health in Europe

a It is strongly recommended to have a specific objective an implementation, together with clear
indicators related to the real impact on policy. Especially this being the third consecutive JA, in this area,
one would expect the consortium to be pushing towards having impact on the policies, beyond the
drafting reports or other documents. As it stands, the role of supporting the MS in implementing real
policies seems week.

In order to make more clear the way tailored support to MS will be provided by RD-ACTION, specific objectives
under the general objective #3 (To continue implementation of the priorities identified in Council
Recommendation 2009/C151/02 and the Commission Communication (COM 2008 679) on RD, with a view to
ensuring the sustainability of the recommended priority actions, and to support the work of the Commission
Expert Group on Rare Diseases (CEGRD) by gathering expertise and producing data necessary to its action.)
were better defined, and a specific objective on supporting MS implementing recommendations has been
identified. See sections 2.2 (process, output and outcome indicators have been noted for each specific objective)
and Methods and means, General objective 3. Proper mechanisms to allow forth-and-back communication
between MS and JA participants, in order to timely identify problems, share/promote solutions and retrieve
indicators of implementation have been described.

A specific task on dissemination of ways that sustainability issues could be addressed in each MS health system
has been added to WP2 (see explanations at the end).

a The proposal does mention the social and cultural aspects, but should hove defIned in more details, as
for example in how many languages the website will be available. a

A sentence was added to paragraph 4.4 to explain that, as part of the overall evolution of the Orphanet model,
the website will be able to host as many languages as desired by MS, knowing that translation is a national
decision run with national funding.

Further to this, and to address social and cultural aspects, the specific task on health systems for RD added in
WP2 takes into account the political, economic and social context of each MS.

a The proposal does mention the empowerment of patients, but it is not so clearly stated how they will
achieve it, apart from the conferences and workshop, It is important to cleorly describe their role
throughout the whale project. a

Empowerment of patients was better described. See for instance paragraph 4.1 and a dedicated paragraph in
Methods and means section.

Comments on Criterion 2- Technical quality
- Concerns about dissemination issues:

n Dissemination itsef is a big port of this JA, as per its core objective to improve information and build
toward better health for all. But a more innovative approach, aport from the already well known
newsletter could have been foreseen (videos, blogs, social networks, etc) in view of strengthening the
‘Pore Disease Community’ building. The dissemination plan is briefly mentioned, with specific attention to
relevant stokeholders and messages, but it could hove been more detailed. Apart from guidelines on
coding, some training sessions could hove been foreseen in the forthcoming conferences and workshops.
Strongly linking to the work of EURORDIS could be mutually very beneficial, also in light of the comment
on patient empowerment mode above, a

The evaluators have correctly underpin the main importance of dissemination in this Joint Action. This WP not
only deals with the classical dissemination of the joint action per Se, but makes part of the whole dynamic in

3
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promoting the implementation of policy recommendations for RD. EURORDIS plays a major role here, for it

participates to WP6 activities and is leading the dissemination wP. It ensures a virtuous cycle between

stakeholders and the CEGRD and the European Commission. Its role is explicit at the Methods and means Section,

paragraphs on specific objectives 8 and 9.

The dissemination plan is one of the deliverables of WP2, therefore it cannot be described in depth in the text of

the proposal. It is of course foreseen to integrate new dissemination means of which EURORDIS has a solid

experience. An explanation was added to WP2 description for more clarity.

- Concerns about sustainability issues:
e The strive towards sustainability is mentioned thraugh the preparation of a sustoinobility workplan, but it

could have been useful ta have a first insight into ideas of a sustoinability strategy, and thoughts an how to

ensure continuity of the Orphanet. If the reason flat to provide such elements at the time of the proposal is to

involve mare openly the MS in such a document and further planning of sustoinobility linked activities some

preliminary possible scenarios could hove stilt been briefly outlined. s

Sustainability of policy measures

A new task has been added to WP2 (Task 2.5) in order to address both dissemination and sustainability issues, as

well as to clarify the role of ISS that was pointed out by the evaluators. A task on sustainable health systems for

rare diseases was added in order to ensure that the work undertaken in this JA address the sustainability of

foreseen policy priorities taking into account the Communication from the European Commission on effective,

accessible and resilient health systems and that the conclusions of this specific task are disseminated to all the

stakeholders via a conference at the end of the joint action.

• Sustainability plan for Orphanet

A sentence was added to Task 3.3 in WP3 description, which remains voluntarily vague in order to allow MS and

the EC to openly explore all the possible scenarios. However, a method to support this exploration is described,

leading partners to define the perimeter (modules) of what should be co-funded in the long term, then to select

the right legal instrument (becoming a European institution, forming, for instance, a European grouping of

territorial cooperation ...) to ensure permanent positions and collaboration models to sustain the Orphanet

modules judged essential at the European level.

- Concerns about evaluation
s Evaluation is also described, but it appears that it will be performed by the partners, in relation with

monitoring activities of WP1. An external evaluation is beneficial, to ensure impartiality.

Monitoring is performed by WP1 coordination. Task 3.1 is more about evaluation of process, output, outcome

and impact indicators.

Task 3.2 is intended to evaluate the Orphanet database compared to MS and EC needs. External expertise will be

used (in particular, Orphanet has asked for an external audit of its IT information system that was conducted by

an independent society at the end 2014 during the preparation of this Joint Action; the conclusions issued from

this independent audit will be shared with WP3 to support the evaluation) but unfortunately the limited budget

avoids for subcontracting an external evaluator. However, as described in the Methods and means paragraph, a

sound methodology aims at performing an unbiaised evaluation as possible.

- Concerns about the methodology:
e The methodology presented in WP5 4,5 and 6 should be more specific. A recommendation is to odd outcome

and output indicators to ensure quality and better understanding on how the processes will be put forward.

Target values should be added where possible. s

Methods and means have been revised for more clarity and specificity.

Following the discussions with the evaluators, it was decided to introduce the future evolution of the Orphanet

model, making a more open and shared system. It is now shown that a web-based curation platform will be

developed so as to allow for sharing some core activities with WP4 partners, i.e. the encyclopaedia. The further

4
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evolution of the Information system, following the recommendations of the external audit performed, will also
allowto share IT developments.

Output and outcome indicators have been added, as well as target values, in section 2.2.

- Concerning the co-leadership in WP2:
Co-leadership is now possible because of the contribution of ISS as beneficiary partner (see specific point at the
end).

- Concerning the visibility of EC co-funding
A sentence was added to WP2 description: “The following statement will be included in all communications or
publications by the beneficiaries related to the action: ‘The [communication/publication] arise from the project
RD-action which has received funding from the European Union in the framework of the Health Program”

Comments on Criterion 3 - Management quality
((A chart lays out the organisational structure, including the previous Orphanet structure, resulting in
different bodies andfunctions, that seem to have somewhat unclear and overlapping roles.

Following the evaluator’s comments and suggestions during our discussions, a new, simplified management
structure chart has been established. Special attention was kept to harmonise the wording ii beneficiary a and

collaborating across the whole proposal.

The role and composition of the International advisory Board of Orphanet have been explained.

Deliverables have been revised so as to move some to milestones and to make them public.

Comments on Criterion 4 - Overall and detailed budget
One of the major criticism is the overall budget allocated to the Orphanet database. Even if it is well-established,
maintain information up-to-date and adapt the content to the evolution of knowledge is costly. The budget
allocated in this Joint action is less than in the former one. However, in order to prepare the future and to make
the database sustainable, some actions are being conducted or are planned during this joint action: the first one
is to make the IT system evolve so as to share the informatics effort and to lessen costs in the future; the second
one is to develop a platform that makes the curation of the scientific content easier (Task 4.3). It will allow for
sharing some core activities such as the encyclopaedia with other consortium members. Following the evaluator’s
suggestion, the proposal was made to those countries that are not already contributing to the encyclopaedia
(translating it) to share the editorial responsibilities. Three countries have accepted, and some budget from the
Inserm has been transferred to them in order to carry on medical writer activities from M18 on, that is, when the
web-based curation platform is developed. These countries are Ireland (15 PM for medical writer activities
added), The Netherlands (14 PM for medical writer activities added) and Slovakia (18 PM for medical writers
activities added), which will share the edition effort with the INSERM. Other countries could join later on. This is
intended to be the first step to a more open model, with the hope it will contribute making the whole database
sustainable after the end of this Joint action, by strengthening the ownership of MS vis-à-vis of Orphanet.
As explained above, budget is limited to cover external evaluation, but the methodology adopted is intended to
ensure that the evaluation will be as unbiaised as possible. Extra PMs were transferred to WP3.

- Answers to the concrete points to be reviewed:

- Very low allocation of person days on the evaluation WP.

This point has been addressed by adding 5 PM to the WP3

- Partner 3— SPH, expert Mertens — 14.167 Euro for I month

The partner has confirmed this is the salaiy of the expert Justification of the cost of the experienced staff has
been included in the budget table*

- Partner 11— EURORDI5— 116.051 Euro for 15.9 PM

Justification of the cost of the experienced staff has been included in the budget table.

- Partner 14 — Subcontracting — 3.000 Euro for Regional Ca-ordination of data upload

5
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Three institutions were designated by the Hungarian Ministry for the WP4 tasks. The teams have decided to

have only two beneficiaries in Hungary while the third will be subcontracted.

- Partner 25 — DGS — Subcontracting 43 253 Euro for Data collection, coding research and website management

DGS decided to conduct Orphanet activities by themselves, so there is no more subcontracting here.

- The travel costs far the three 2 days consortium meeting defer substantially from country to country e.g. 2 700

FUR for partner MUW and 6 705 FUR for partner APHP (8NDMR) France, moreover that one of the meetings is to

be carried Out in France. The same is for partners DIMOI, VR-IIBRD, UKC CUMS (8000 FUR), CIBER (9 600 FUR).

All travel budgets have been adjusted in order to fallow this rule: max 2 persons per meeting and one person

per training per team. Except far WPs leaders for which 3 persons are allowed to travel. The rule has been

included in the proposal.

- The tasks which the partner WIV-ISP is going to implement are not presented in the budget under ‘/ust,ficotion’.

The same is far partners 1-ISE, OPBG, L UMC, CUMS, CIBER.

All the tasks have been included in the justification boxes

- Na justification of the casts (231 000 FUR) under budget line Other goads and services” far the partner

EURORDIS. Justification of the tasks to be performed by the staff is missing as well.

The justification of costs has been added in the budget table

- The total number of PM far the partner OPBG (information scientist) is 54. The project duration is 36 months.

This needs clear justification, which is missing in the proposal.

Justification has been included, 54 PM correspond to 2 staff persans.

The same is for CuBER —36 PM for ME Matea without justification of the tasks to be performed. The some for UK

PHE— 36PMfor information scientist

The justification has been included in the boxes. These are information scientists working full time for national

data collection for WP4.

- IPCZD has two country coordinators. Based on the justification it seems overestimated.

We have modified to: one country coardinator and one project manager.

- For the partner DGS the justification related to the subcontracting is not convincing. 73% of the direct costs for

subcontracting cannot be accepted: Ministry of health has nominated itself. See above

- The casts far equipment of partner UNEW are not justified. 6000 FUR audit costs should be clarified as well.

The audit casts should be included for all beneficiaries with eligible costs superior to 750 000. In this IA Inserm

and Unew will be asked an audit. lnserm will use independent budget while Unew cannot cover it and therefore

has included it in the budget. Also for UNEW it is the usual accounting practice of the Beneficiary to consider

Office Stationary and supplies costs as direct costs

Inclusion of 155— Italy as associated partner co-leading WP2 and leading Task 2.5.

The Istitituto Superiore de Sanità (155) hosts the National Center for RD in Italy, and has given significant

contribution in the past and currently in many European initiatives for rare diseases, making it a valuable partner

far the joint action for their particular experience in public health. Despite having agreed the previously

submitted proposal, 155 has suggested to add in WP2 a specific action on sustainable health systems for rare

diseases and, as per this major contribution, and 55 historical involvement in EUROPLAN which evolution is

foreseen in this JA, has asked to ca-lead WP2.

This new dissemination tasks was judged as important contribution to the JA proposal. It addresses the important

subject on how to render sustainable health policies for RD while taking into account the European Commission

Communication on efficient, accessible and resilient health systems. However, further budget was necessary to

6
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run this action without unbalancing the actions already planned and agreed. An increase of 90 000 Euros to the
total EC co-funding is then asked to cover this piece of work that adds to the overall value of RD-ACTION.

7
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1. PROBLEM ANALYSIS INCLUDING EVIDENCE BASE

Rare diseases (RD) have been considered a challenge for Europe, for they have been identified as one of the
paradigmatic fields in which actions conducted at the European level constitute the adequate response to their
specific problems: poor recognition leading to diagnostic delay and inappropriate management including adapted
social services, poor health outcomes, social burden, limited knowledge on natural history and pathophysiology
leading to an insufficient development of new therapies. The low prevalence and the specificity of rare diseases
make that a global, multi-stakeholder approach, intended to gather both specific expertise and to build
transversal, shared strategies is necessary to address these issues. The challenges and foreseen solutions for rare
diseases are well established and gave raise to several European documents: a Commission Communication on
Europe’s challenges in the field of rare diseases (2008), Council Recommendation in the field of rare diseases
(2009), and to the establishment of a dedicated Commission Expert Group for RD (CEGRD; 2013).

The European Commission has supported key actions over the years, in order to produce data necessary to
improve identification and knowledge on rare diseases, as well as to support policy decision-making and to issue
recommendations on specific areas in order to guide Member states (MS) policies on RD. These actions comprise
the development of Orphanet, a comprehensive European database dedicated to rare diseases, and the
establishment of, successively, a RD Task Force, the EUCERD (European committee of experts on rare diseases)
and, more recently, the Commission expert group on rare diseases (CEGRD). All three aimed at assisting the
European Commission in the preparation and implementation of Community activities in the field of rare
diseases. These initiatives gave raise to two Joint Actions that have produced a consequent work in data
production and policy position documents and recommendations, respectively: the Orphanet Europe joint Action
(CiA) and the EUCERD Joint Action (EJA).

The efforts conducted up to now at the European level in this field allowed for achieving a degree of maturity so
as to move from recommendations to implementation of policies for RD at the MS level, Indeed, most MS have
now a national plan or strategy for RD. However, there is still a need to enhance trans-national cooperation,
harmonisation and sharing both data and experience in a number of areas including policy, RD codification and
databasing. Furthermore, national plans or strategies should contribute to the global objective to have
sustainable and resilient health systems in MS. as underlined by the EC Communication on effective, accessible
and resilient heath systems (COM(2014) 215 final),

The current JA will allow helping countries to take the step implementing harmonious policies for RD, by
supporting the action of the CEGRD on priority fields, such as, for instance, improving universal access to high-
quality healthcare for rare diseases through the establishment of Expert reference networks (ERNs) for RD,
improving universal access to next-generation genetic testing, allowing access and data sharing for databases and
registries on RD, improving universal access to appropriate social services, and promoting innovative strategies to
ensure access to rare diseases therapies. A particular attention will be kept at producing evidence in order to help
MS to implement RD policy priorities taking into account factors such as effectiveness, accessibility and resilience
of health systems, thus determining the sustainability of RD-related policy measures.

One of the already identified priorities is to allow for identification of patients in health care systems and for
inter-operability between different sources of data through the consolidation of the Orphanet nomenclature for
RD. This nomenclature already exists and is maintained and freely available in computable formats. However, the
real-life implementation in health information systems (HIS) is challenging due to the heterogeneity of coding
systems and practices, and tools. During this IA, we will produce practical guidance in order to help MS to
implement a codification system specific for RD based on this nomenclature, and methods intended to allow
Consistent codification of patients across Europe in order to produce sound clinical data.

Finally, there is a need to produce and deliver up-to-date information on RD, as well as useful data to monitor MS
activity in the field of RD. This is Currently achieved by Orphanet, which is the European database for RD
spreading beyond the European boundaries. However, most of the database activities are concentrated at the
coordination level, and there are Concerns sustaining the whole model in the long term. During the current IA, a
new Orphanet organization will make it evolve towards a more open and shared model by implementing
innovating methods, and will explore strategies and build plans to make this database sustainable so as to still

9
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improve the knowledge on RD, empower patients, disseminate best practice, and produce data necessary to

make decisions in public health and research at both European and MS level.

2. AIMS AND OBJECTIVES OF THE ACTION

2.1 General objective of the action

General objectives of the JA are:

• Support the further development and sustainability of the Orphanet database on rare diseases, which is run by a

large consortium of European partners and is the biggest global repository of information about rare diseases.

— Contribute to solutions to ensure an appropriate codification of rare diseases in health information systems

Continue implementation of the priorities identified in Council Recommendation 2009/C151/02 and the

Commission Communication (COM 2008 679) on RD, with a view to ensuring the sustainability of the

recommended priority actions, and to support the work of the Commission Expert Group on Rare Diseases by

gathering expertise and producing data necessary to its action.

This Joint Action aims at expanding and consolidating the achievements of the former joint actions on rare

diseases supported by the European Commission, the Orphanet Joint Action -aimed at developing a

comprehensive European database for rare disease5- and the EUCERD Joint action -aimed at delivering

recommendations for a shared European policy on rare diseases. More precisely, this proposal has the ambition

to help member states to implement the recommended measures adopted or to be adopted by the Commission

Expert Group on Rare Diseases (CEGRD) and to produce the data necessary for countries to do so. Interactions

between the production of data at the Orphanet database level and the implementation of policy priorities

including codification will be strengthened during this JA.

2 2 Specific objectives of the action

Creation of newly described Around 500 created entries per -Increase in the number of visits of thi

RD, and new categories and year website according to the baseline o

subtypes to improve RD 3,660,000 visits in 2014

classification Satisfaction and utility of the relevan

categrory according to the end user:
Inclusion of RD in CD11 Around 6000 RD transmitted for (assessed through online survey ant

inclusion in the ICD11 at M36 proactive surveys)

Alignment of Orphanet entries Around 6000 RD aligned with -Number of downloads of the relevan

with ICD1O, OMIM , SNOMED ICD1O, category: increase compared to dat

CT, UMLS and MedDRA updated alignments with 0MM, .presented in the 2014 activity report.

SNOMED CT, UMLS and MedDRA

completely processed

Inclusion of RD in SNOMED CT Around 6000 RD transmitted for

inclusion in SNOMED CT at M36

[je*eT
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Process Indicator(s) Ouput indicator Outcome Indicator

Production of definitions for Around 6000 definitions produced As above
RD byM36

Update of existing abstracts 500 new or updated texts
and production of those produced per year
lacking

Process Indicator(s) Ouput indicator Outcome indicator

Annotation with Around 6000 RD with at least one As above
epidemiological data epidemiological data (prevalence,

incidence, birth prevalence or
number of case/families) at M36

Annotation with genes 450 new gene-diseases links/year

Production of cross-references All the genes included in the
with genetic databases (l-IGNC, database cross-referenced at least
OMIM, UniProtKB, Reactome, with HGNC. Exhaustivity for the
ensembl, IUPHAR) other cross-references.

‘4’,’

Process Indicator(s) Ouput Indicator Outcome indicator

Web-based knowledge Web service fully functional at M36 Number of external curatom (superior to 3.
management services active expert groups or individual expert

assigned to a group of disorders — at least
per classification-

Publication of procedures and Sources available on Orphadata Number of downloads of procedures
data sources and updates Versions and differentials available documents (no baseline available)
history in Orphadata

Procedures published in the
website orpha.net

z22asNNflflflsrs,rns7r.aTasRIsrn7’l

Process Indicator(s) j Duput indicator Outcome indicator 1
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Expansion, update and quality
control of directory of expert
resources in each participating
MS

Exhaustivity of the representation
of expert resources in each country
Annual mailing to the professionals
database for updating expert
resources
Dates of last updates displayed in
the Orphanet website
Post-release quality assessment by
MS scientific advisory boards once
a year.

Increase in the number of visits of th
cebsite according to the baseline o
3,660,000 visits in 2014
Satisfaction and utility according to the en
isers (assessed through online survey an
Droactive surveys)
Number of downloads of the relevan
:ategory: increase compared to dat
Dresented in the 2014 activity report.

Process Indicator(s) Ouput indicator Jutcome indicator

Elaboration of information Information material distributed by II MS interviewed and feedback retrieved.
material explaining the M18 Number of MS committed to participate i
different modules of the he elaboration of the sustainability plan.
Orphanet database specifically
designed for the MS
authorities to allow informed
decision on all parts of
Orphanet

Elaboration of a sustainability Sustainability plan proposal by M24 idoption of a sustainability plan b
plan based on the evaluation participating MS and EC.
conclusions

E*

Process Indicator(s) Ouput indicator Outcome indicator

Complete review of current Review document of existing Review paper published for all Consortium
coding systems actually in technical implementations for RD partners (e.g. at RD-ACTION-workspace) and
place in member states and coding of MS by M12 results presented at Consortium meeting
actual plans.

Production of guidelines on Standard procedures and guide for Guidelines published for all consortium
how and why to code with the coding with Drpha codes by partners (e.g. EU workspace)
Orpha codes in health systems M24
in order to generate
standardized and comparable
data all over member states

Elaboration of a coding file An European integrated master file Draft coding file published for all Consortium
allowing for good quality and by M24 partners (e.g. at RD-ACTION workspace)
consistency coding across MS

Testing of coding file and Test results and a refined file and Final coding file Version 1 published for all
guidelines in existing coding guidelines by M36. Number of Consortium partners (e.g. at Orphanet
tools single RD entities registered using website and/or RD-ACTION workspace)
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the master file, number of more
specific codings and ratio of correct
and incorrect coding entries

Plan for routine maintenance A draft recommendation on how to Presentation of draft recommendation in
and update of developed guarantee long term availability of paper and at final Consortium meeting
resources developed resources by M36 and/or to CEGRD for further consideration

and decision-making.

KJ1Z!Z!V$
Process Indicator(s) Ouput indicator Outcome indicator

Implement a policy Methodology published by M12 Recommendations, reports and opinion
methodology to support the papers disseminated to the CEGRD on a
work of the Expert Group on regular basis
Rare Diseases

Drafting, elaboration and Reports, recommendations and Satisfaction assessed through post -

revision of recommendations, policy position papers issued from workshops surveys
reports and opinions for eigth workshops during the iA until Number of approved
approval and adoption by the M36 recommendations/updates/reports/Opinion
Expert Group

Production of data to support Publication of compiled data Number of downloads of the ORS (201
policy analyses and decisions (Orphanet Report Series) on baseline: 2,250,000)

specific areas (publication rates atisfaction assessed through the onlin
depending on the topic). At least atisfaction survey and pro active surveys
13 different ORS

Process Indicator(s) Ouput indicator
?utcome indicator

Present the State of the Art of An ongoing, electronic State-of- Web-stats on the number of visitors to the
RD activities in Europe the-Art resource on policies for RD nhine resource

across the EU MS (with an annual Number of downloads of the SoA annual
summary report) ummary (maintain current level of 15,000

per year)
Number of countries contributing national
information each year (28)

Ensure an efficient Involvement in approximately 30 :onference reports each detailing number of
information flow between the national conferences on participants and the stakeholder group to
European level and the MS implementation of European RD which they belong (e.g. patient, clinician,
level policy for RD in MS during the IA. policy-maker etc.)

Publication of 20 Orphanews issues atisfaction of Orphanews readers and
per year and monitoring the number of subscribers increased compared
subscription and satisfaction rates. jto_15,700 subscribers in 2014

13
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Facilitate the dissemination of Organisation of the European Number of participants (800)

knowledge and information Conference on Rare Diseases atisfaction survey of the participants

and allow input between all involving patients, healthcare
the stakeholders professionals, researchers, policy-

makers, industry

Monitor MS developments in Coordinate annual MS completion Number of MS completing the Indicators

implementing national RD of the EUCERD Recommendations able each year (28)

activities on Core Indicators and upload to
the S0A resource.

Provide tailored support to MS Evidenced a) during the national Number of updated Debrief Reports (20 by

in implementing national conferences themselves and b) by he end of the JA

policies relating to RD building on Debrief Reports to
‘ generate external analyses of
national strengths and challenges,
following each national
conference.

Facilitate sharing of Set-up forums on SoA resource Number of visitors to these subject-specific

experiences on how to dedicated to thematic areas, pages

implement RD making accessible the key Number of countries visiting these pages

Recommendations and Policy resources and enabling online

outputs at national level discussions via interested
stakeholders

To support national Set-up a workshop to share the Shared analysis of the context

authorities to quantify the analysis of the context (epidemiological, political and health

burden of RDs and available (epidemiological, political and ;ituation) to be presented in the workshop

resources for sustainable and health situation) within M12. report.

resilient health systems
Set-up a workshop to develop Increased knowledge on sustainability of RD

common knowledge on equity and policies assessed by questionnaires after

resilience of health systems for RD vorking sessions.
within M24.

Number and satisfaction of attendees to the

Set up a conference to disseminate conference on sustainability by means of

tools and recommendations on urvey during and/or after the meeting.

sustainability of implementations
RD policy priorities at M36. Establishment of a network for sustainable

health systems for RD
Policy briefs produced to support
national authorities for sustainable
heatl systems for RD.

Disseminating information on Conference Calls and attending Number of individual non-RD-specific

RD-Action and the RD field to meetings and workshops of projects/initiatives the Policy WP has

groups/domains outside the initiatives from fields including - engaged with directly, as reported in the

‘traditional’ RD sphere, and though not limited to- e-health, policy reports at MiS and M36 (target is 10

enabling the integration and chronic diseases, medical by M36)

engagement of these education, and social services, and

stakeholders alongside reporting on these integration
groups activities in policy reports to
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3. TARGET GROUPS

Actions in this proposal are intended to meet the needs of patients and their relatives, healthcare professionals,
researchers, industry and policy makers.

The current proposal targets experts and policy-makers to support them in their work delivering
recommendations and position documents on RD policy. Patients are not Only ultimately taking benefit from
these policies, but are involved, through their patient organizations, in them. The JA will thus work with experts,
patients, policy-makers, people involved in codification and in registries, industrials, and all the stakeholders in
the field.

As far as Orphanet database is concerned, it is a strategic element in national policies for RD. The nomenclature
and classification of RD are the basis for codification in health information systems (see below). The Orphanet
encyclopedia is intended to help professionals in their clinical practice, but patients and their relatives also
benefit from it. The high-quality directory of expert resources and patient organizations is of help both for health
professionals and for patients, improving referrals and patient orientation. Directory of resources related to
research promotes networking and collaborations. Industrials can identify experts and resources by this mean.
Directory of orphan designations and drugs linked to their indications and to rare diseases is also an important
piece of information for patients, healthcare professionals, researchers and pharma industry. Production of
reports (ORS) containing compiled data and analysis is of help for policy-makers, and for experts in the CEGRD.
Data is delivered through the Orphanet website, which is accessed more than 20,000 times/day from more than
200 countries, as well as massive datasets for free re-use in machine-readable formats through Orphadata
(approximately 14,000 downloads/month) [figures from the “Orphanet-2014 activity report” ]. The Orphanet
website is currently available in 7 languages, but the textual information is translated in many more languages.
The IT evolution of the database during this JA will allow to translate the website in virtually every EU language,
depending on MS translation capability.

Through the development of coding guidelines and master file all routine users (collectors as well as users) of
data on rare diseases will be guided in how to collect data in a standardized way thereby allowing a more reliable
interpretation of the collected data. Patient groups, decision makers as well as politics will benefit as they will be
able to compare more reliable data and identify patients better once the standardized way of coding is used.
Investigators in clinical research will benefit from a reliable identification of RD patients in health information
systems and will be able to capture data from the clinical setting. People involved in the codification will be
guided in the coding process, which will make it more easy and reliable.

4. POLITICAL RELEVANCE

4.1 Contribution to meeting the objectives and priorities defined irs the annual work
programme

The current proposal is in perfect line with the objectives of the a third Programme for the Union’s action in the
field of health (2014-2020), in particular those concerning RD. The aims of this proposal include improving
coordination of the action of health professionals, patient organizations and stakeholders in areas in which the
European level provides an added value, in particular ERNs, cross-border healthcare and genetic testing,
interoperability between databases and registries, and consistent codification of patients suffering from RD5.
Moreover the proposal will explore the issues of resilience and sustainability of health systems for liDs. We will
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provide efficient support implementing EC recommendations to both the CEGRO and to MS, disseminate best

practice guidelines and provide practical guidelines and instruments for RD codification in health information

systems in order to achieve better and safer care for European citizens suffering from rare diseases.

This support includes producing and maintaining a standard nomenclature for RD and the European database on

RD, Orphanet, that aggregates data on RD. both scientific and related to MS activities, in a structured, re-usable

way.

Patient empowerment is particularly addressed by the delivery of information on rare diseases and on expert

services in Europe through the Orphanet website. One of the Orphanet aims is to contribute to the

transparency of healthcare activities and systems and the availability of reliable, independent and user-friendly

information to patients a. Patients are also actively involved in the definition of policy priority areas to be

implemented in MS (WP6) as well as in disseminations activities (WP2) through both the European Conference on

Rare Diseases and in National conferences, so as to ensure a back-and-forth communication between patients

and decision-makers.

4.2 Added value at EU level in the field of public health

RD-Action EU added value will be demonstrated by:

- Promoting implementation of EU recommendations on RD at the national level

- Promoting best practice through European Reference networks and through dissemination of best practice

guidelines through the Orphanet website.

-Consolidating Orphanet as the European database for RD by developing a sustainability plan involving both EC

and MS.
-Developing guidelines and adaptable tools for codification of RD in HIS in a consistent way across Europe

- Allowing back-and-forth information between MS and the CEGRD, thus the EC, in order to achieve coherent

policies at both European and MS levels.

- Strengthening networking activities across Europe (ERN5, registries, integration of data production and policy

making)

Although each rare disease affects a small number of persons, RD patients are numerous and scattered across

countries. Expertise is also scattered and networking is necessary in order to achieve results both in research as

in healthcare. Sharing both expertise and data at the European level as well as harmonising practice and

mutualising human and technical resources and methods (such as codification methodology) is necessary to

overcome the problems posed by rare diseases.

The availability of a common multilingual added-value database for RD is beneficial to all European MS that do

not need to duplicate the efforts on this matter. The availability of a unique repository expert resources

information collected in every country according to standard common procedures and quality assessed is

extremely useful both for data analysis by country and at the European level (using comparable data), which can

help identifying issues, set target and take actions.

The standardization on how to code RD patients with the necessary detail allows for reliable epidemiological data

at the European level, and for identification of patients in order to achieve a critical mass of cases for

transnational clinical research.

Expertise gathered from stakeholders across the European Union allows to support the work of the CEGRD in

order to promote implementation of the priorities identified in Council Recommendation 2009/C151/02 and the

Commission Communication (COM 2008 679) on RD, producing knowledge to guide this implementations in a

sustainable way, in compliance with the principles conveyed by the EC Communication on effective, accessible

and resilient heath systems (COM (2014) 215 final). This work is intended to harmonise policies for RD in MS.

MS and the CEGRD will be engaged in an evaluation process resulting in a sustainability plan in order to ensure

long-term sustainability of both the Orphanet database and the nomenclature, for the latter is necessary to

address coding needs.
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4.3 Pertinence of geographical coverage

This IA puts together efforts from 53 partners (beneficiary and collaborating) from all MS, achieving a fullEuropean coverage. It is a key of success for it will allow for promoting transfer of European recommendationsinto national policies, and to collecting information and concerns from MS to the CEGRD, thus to the EuropeanCommission, so completing the virtuous circle.

Furthermore, this IA benefits from the input from 11 collaborating partners outside the EU, contributing to itsinternational impact. In particular, the visibility, in the Orphanet database, of expert services outside EuropeContributes to facilitate the establishment of collaborations and networking. This is particularly true whenconsidering interactions with international research initiatives such as IRDiRC (i.e. Hugh Dawkins, countrycoordinator for Orphanet Australia, is acting as vice-president of the IRDiRC executive committee).

4.4 Consideration of the social, cultural and political context
The current Joint Action aims at promoting the implementation of EU policy recommendations on RD at the MSlevel. A key of success is to ensure two-ways information between the European and the National level, takinginto account the economic, social and political context in each country. This will be achieved through both thepolicy areas prioritisation methodology set up in WP6 and the specific dissemination activities developed in WP2,i.e. the European Conference on Rare Diseases, the National conferences (building on the achievements ofEUROPLAN) and a conference on sustainable health systems for RD (at M36(. Special attention will be kept inmaking the key information available in as many languages as possible, depending on local resources, bothconcerning dissemination channels and the Orphanet website, including its national entry points maintained byOrphanet national teams in local languages. The necessary evolutions of the database language standards will beperformed in order to deliver translations produced by countries contributing to this effort.

The Orphanet database only contains data submitted voluntarily or recorded with the consent of thoseconcerned. This applies to all email addresses and/or nominative data recorded. Orphanet data collection anddissemination of information abide by the legal provisions in force in the countries concerned: the professionalcode of ethics, any law on computing and liberties, on intellectual property rights, electronic data protection andany law or regulation applicable.

The French personal data protection committee (Commission Natianole de I’lnformatique et des Libertés; CNIL)gave a favourable opinion for the creation of Orphonet on 5 May 1997. Whenever someone’s name is mentioned,this person has given his/her authorisation to quote his/her name.
This proposal does not include studies involving human beings.

5. METHODS AND MEANS

General objective 1: Support the further development and sustainability of the Orphanet database on rarediseases

WP4. Orphanet, the European database for rare diseases

The Orphanet’s overall methodology for data production follows four steps, adapted to the specificity of eachpiece of information: data capture and selection, data collection or production, validation, and quality control.During the JA, a substantial effort will be directed to optimize the whole process, in order to automatise as muchas possible the data capture, to ease the way the community can input the database, to ease the edition andcuration process, to make the latter traceable and transparent, and to improve the quality assurance strategy.
Specific objective 1: Maintain, expand and update the nomenclature and classification of RD and its alignmentswith other terminologies (including ICDIO, SNOMED C7 ICD1I and OMIM). During this JA, the nomenclature andclassification, together with mappings to other terminologies, will be maintained and expanded, so as to followthe evolution of knowledge. The methodology involves a comprehensive and regular literature survey monitoring>5D core journals and regular Medline queries, to detect newly described rare disorders — around 5-10 permonth-, and new facts on already known disorders, and to capture good-quality articles on RD to be disseminatedri the Orphanet website. It also includes taking into account the input from the RD community in a more

17

/ 2 L



A!Iogto — L)gr

n

HP-JA-2014 RD-ACTION Proposal number: 677024 Associa/ed with document ReF. Ares(2015)31862l9 - 29107/2015

systematic way, Demands are analyzed and validated by an internal committee and/or external experts, before

the nomenclature and classification are adapted. Changes are submitted to expert validation and quality control.

Mappings to ICD1O, OMIM, SNOMED CT, UMLS, MedDRA and ICD11 are produced and updated. In particular,

Orpha-ICD11 mappings give rise to new proposals for addition/corrections in ICD11, and during this JA a more

systematic mapping and update process intended to represent RD in SNOMED CT will be developed. Mappings

are expert-curated together with the annotation if the alignment is exact or partial.

Specific objective 2: Expand and update the encyclopedia of RD. The Orphanet encyclopedia is produced by

medical writers based on literature reviews and peer-reviewed by internationally recognized experts. The strategy

producing new and updated information on RD will be adapted during this JA so as to optimise the use of other

sources of information avoiding duplicating efforts (i.e. expert networks, learned societies, patient organisations).

The ultimate goal is to have at least a definition for each rare disease (that will be exported to ICD11 and

SNOMED CT), and up-to-date structured abstracts for the less rare diseases. It will be achieved by expanding the

editorial teams to other participating countries progressively, while offering a web-based curation platform to the

community of experts (see below). New teams will be trained and coordinated in order to ensure compliance to

the standard Orphanet procedures.

Specific objective 3: Produce scientific annotations far RD. Links between genetic RD and genes based on the

survey of mast recent publications will continue, as will the cross-referencing with other genetic databases

(OMIM, HGNC, and others) in use in patient registries and mutation databases, which is made by semi-automatic

cross-reference each month. The role of genes in the aetiology of RD is also provided (causative, major

susceptibility factor, modifier, etc) and submitted to validation criteria and to expert validation. Epidemiological

figures are also produced proactively querying the literature and submitted to expert validation (prevalence,

incidence, birth prevalence, lifetime prevalence, and number of cases/families) per geographical area. Data

produced by registries (such as EIJROCAT) and by European projects (such as RareCareNet) are surveyed and

incorporated to the database.

Specific objective 4: Improve database transparency and traceability and manage stokeholder’s contributions and

dotaba5e curation process. The web Orphanet knowledge management platform will be jointly developed by the

INSERM and Bio-Lark, whose experience in this field is already in use for the edition of the Bone Dysplasia

Ontology. INSERM will scientifically drive the developments and contribute to the bio-informatic effort.

Authorisation to input, edit or curate the different information (nomenclature, genes, epidemiology, alignements

to external resources and definitions (abstracts) will be given to experts or groups of experts (learned societies,

networks etc), the final curation by the different Oprhanet teams allowing publication of pre-release validated

data. The web-based curation plateform will be integrated to a new IT system involving knowledge bases and APIs

in order to ease the update end publication process. An Orphanet database versioning will also be established

and differential files produced and published in Orphadata (Orphanet download platform) with timely

adaptations to the codification needs defined by WPS. Data sources and information on validation status of the

data (metadata) will be produced by the improvement of edition tools able to Store metadata.

Specific objective 5. Provide a directory of expert services in every MS. including centres of expertise, clinical

laboratories, patient registries, mutation registries, biobonks, patient orgonisations, European reference networks

when set up. In order to perform expert resources data collection and update in each country member of the

Orphanet consortium, a team is set up composed by a Country coordinator and one or several information

scientists depending on the foreseen amount of data to be collected and updated. The workload of data

collection in each country depends on the size and the country population, and also if national collection has

already began in the previous Joint action. Data collection methodology includes: identification of the sources of

information in the country, collection of the information on expert services according to the SOPs, validation of

the data according to the workflow established by the country coordinator, publication of the data using the

edition tools developed at the coordination level (INSERM) and communication with the coordinating team.

These tasks are the responsibility of the information sicentist, and the whole cycle is managed through a web-

based curation tool (called Collector). He/she is under the supervision of the country coordinator to whom he/she

should report to. He/she is technically supervised by the INSERM-based Quality Manager (Task 4.5). The country

coordinator is responsible for data quality management of expert resources in the country but also of the
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organisation of the governance of the project at national level, including liaison with learned societies, healthauthorities and patient organisations, and the build-up of the Orphanet team if applicable.
Specific objective 6. Make Orphonet, the European database far RD sustainable. This objective will be addressedin WP3, and comprises an evaluation phase prior to the elaboration of a sustainability plan.
- Evaluation of Orphanet: it will be carried out using three complementary approaches:
- A series of interviews of Orphanet officers and of other stakeholders conducted by the INSERM (thematicinstitutes of Public Health and of Genetics) and by the French DGS as major funding bodies of Orphanet, resulting
in a report;

- Online user satisfaction surveys targeting active users of the database at predefined time intervals in allparticipating European countries and beyond;

- A user satisfaction survey that will be proactively sent to representatives of all stakeholders in the field of RD in
all Member States (MS) in order to guarantee participation of all stakeholder groups in at least one survey
instrument.
In order to assess the results of the interviews and surveys, appropriate general, as well as stakeholder-specificindicators will be developed in advance, including process, outcome, coverage, and - if applicable - impactindicators. The assessment itself will be summarized in an evaluation report that will be sent to the MS
representatives in the CEGRD, as well as representatives of the Ministry of Health and, where applicable, theMinistry of Research of each MS, seeking a re-assessment of the quality, value and impact of the Orphanet
database from the European point of view (evaluated by the CEGRD) and the national point of view (evaluated bythese Ministries). To support the latter, the evaluation report will be accompanied by a comprehensive survey,covering inter alia their needs on information, codification, follow-up of health policy and research measures in
their countries. Information material explaining the different modules of the Orphanet database specifically
designed for the MS authorities (see below) will be sent as well.

Development of an Orphanet sustainability plan. Further to the evaluation process, and to structure andfacilitate the informed decision process of the MS on such plan, a “modular representation” of the database will
be elaborated with the help of the Orphanet central team, describing each service or tool as an elementarymodule that cannot be further subdivided into smaller units (like the hard- and software IT platform including the
core personnel to run this platform as one basic module, the management structure as another basic module, the
database of expert clinics as another basic module, etc), and and the budget needed to run each module.This
representation will be accompanied by a brief description of the content, impact, and national, as well asEuropean value of each module. In addition, a checklist with a graphical representation of this modular systemwill be developed and distributed to the relevant MS authorities, providing Member States with a tool to easily
prioritise their needs and their support for the database on the national and the European level. All documentswill be further explained to the relevant MS representatives in physical and distant meetings by Orphanet countryteams as well as the central team in order to prepare the decision process and initiate the following development
of a concrete sustainability plan. To this end, a special session at the 2nd annual meeting will be arranged, and
distant work will be organised to set up a sustainability plan during year 2.

General objective 2: Contribute to solutions to ensure an appropriate codification of rare diseases in healthinformation systems

wPS. Steering, maintaining and promoting the adoption of Orphacodes across MS
Specific objective 7: Ta define and Set the necessary strategy and tools to implement the Orpha codes in the
European countries. In order to capitalize on the experiences already ongoing in some European Countries
implementing the Orpha code as a specific codification system for RD, a Steering group will work during thethree-year JA length by face-to-face and distant meetings. A virtual working space will be shared. During the first
year, a project manager will coordinate a draft compilation of use-cases necessary to draft coding guidelines and
master-file content and will present the results in a document. In the second year a master-file (IT-specifications
will be based on the document established in year one) and codification guidelines will be produced according to
the conclusions of the steering group in order to ensure consistency in codification amongst MS so as to derive
conclusions at the supranational level. In the 3rd year of the IA, a testing phase of the master-file will be
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performed, resulting in the necessary improvement of the master-file and guidelines, which will then be

implemented. Tests will be performed with existing national tools (experiences for France and Italy) that can then

be shared amongst MS. During year 3, the task leaders and the steering group will design a draft recommendation

for next steps needed to address long-term maintenance, and sustainability of the developed resources and

guidelines in the realm of the Orphanet database, which will be presented to the CEGRD for consideration and

decision-making.

General objective 3. To continue implementation of the priorities identified in Council Recommendation

2009/C151/02 and the Commission Communication (COM 2008 679) on RD, with a view to ensuring the

sustainability of the recommended priority actions, and to support the work of the Commission Expert Group

on Rare Diseases (CEGRD) by gathering expertise and producing data necessary to its action.

WP6. Policy Development for RD arid integration with other relevant initiatives

Specific objective 8: Support the work of the Commission Expert Group on Rare Diseases.

The methodology to be used to underpin the development and delivery of policies and recommendations will

involve all Associated and Collaborating partners in the WP as a Consultative Group who will advise the UNEW

development team and participate in workshops and other meetings according to expertise and interest. The cycle

of work will include identification of priority areas, integration of relevant initiatives and projects, identification of

other stokeholders to provide relevant feedback, compiling of documentation and organising workshops, feedback

and consultation with the CEGRD, and ongoing review and updating of outputs as required.

Each topic area will be assigned to a member of the development team at UNEW who will lead on production of

preparatory documents, definition of the participants and contents of relevant workshops, provision of secretariat

support for the workshops (to be hasted by Contributing Partners), production of reports and consultation papers.

The development team will also be responsible for updating the CEGRD on relevant initiatives as well as delivering

recommendations and opinions for approval and adoption. Priority areas will be identified by the Joint Action in

conjunction with the CEGRD and European Commission. Interactions with the Orphonet notional teams (WP4) into

policy areas will also be developed over the course of the JA, thereby providing linkage with the Member States

across the different areas of activity.

The principal forum for bringing together stakeholders to discuss draft outputs will be the thematic workshops, 8

of which hove been foreseen in the budget of this WP. They will be organised in different Member States

represented in the WP on specific themes. The orgonisotion of these workshops, and all pre- and post-workshop

activities, will be the responsibility of UNEW. =The workshops will be hasted by members of the Consultative

Group (other WP participants) and attended by leaders in the various areas. In addition, the Policy Researchers

will act as the key point of contact and facilitator to engage relevant expertise in order to prepare draft policy

documents for workshops and meetings and eventual presentation to the CEGRD.

EURORDIS will specifically support UNEW in this policy work through the following tasks: to represent RD patients

in WP6 management activities, including conference coils, workshops and development and dissemination; to

build awareness and capacity of patient orgonisations to support the emerging grouping of rare diseases into

thematic RD ERNs and their stepwise expansion to ensure coverage of oil RDs; to support the orgonisotion of

patient involvement and advocacy into the governance of new healthcare pathways, C0E and RD ERNs structures;

to collect, and act on, RD patient experience of care and ensure this experience informs the development of best

practice guidelines for coordination of care, timely diagnosis and access to high quality core and treatment; to

support the development and revision of policy, guidelines and recommendations to ensure they continue to be

patient-centric and based on the current needs of this population; to ensure the CEGRD is informed by RD patients

and to contribute to the Report on the State of the Art of Rare Diseases in Europe; to contribute to promoting the

alignment and dissemination of knowledge and experience of the Joint Action WP5 into other EU funded project,

such as RD Connect, Registries, RoreBestproctices.

Specific Objective 9: Support the implementation of EUCERD/CEGRD Guidance and Recommendations in MS. and

monitor ongoing progress and best-practices in notional plans/strategies for RD

There are two dimensions to supporting the implementation of EUCtRD/CEGRD Guidance and Recommendations

at the national level: one is via dissemination and engagement activities, and the other entails a tailored approach

to support individual MS in implementing RD-related policies.
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The organisation of the European Conference on Rare Diseases (ECRD; WP2) in 2016 is a major dissemination
and engagement activity, which will involve all relevant stakeholders, including the CEGRD, the EMA (in particular
the COMP and CHMP), IRDiRC, E-RARE, Orphanet, learned societies, such as the European Society of Human
Genetics (ESHG), the European Federation of Internal Medicine (EFIM), the European Hospital and Healthcare
Federation (HOPE), the International Federation of Social Workers (IFSW), industry representatives, including
EFPIA, EUCOMED and EuropaBio. All stakeholders will be actively involved, through the Programme Committee,
the selected speakers and the participants in regular consultation with members of the CEGRD. Wide
dissemination and call for participation will be performed (allocated to the Operating Grant of EURORDIS)
including amongst others: call for sessions and posters, dedicated website and mailing; media, e-news, press
releases, websites, social media, etc.; dissemination of the outcomes of the Conference through newsletters
(EURORDIS, Orphanews), EURORDIS website, and partner websites.

The national workshops organised under WP2 are essential avenues for the dissemination of EUCERD/CEGRO
policy documents. The methodology of these includes the following:
The development of the common elements of the programmes based on the technical and policy guidance of the
EUCERD/CEGRD recommendations and other relevant activities that will result from the IA; ensuring a common
quality and methodological process throughout the Member States in which the workshops will take place; the
signature of the letter of agreement with local authorities laying down the respective engagements of relevant
national authorities and workshop organisers vis-à-vis the IA and amongst themselves; the definition, together
with the National Alliances for Rare Diseases, of their tasks and responsibilities in the workshop organisation;
ensuring that all main stakeholders are involved and invited to attend; ensuring that the report of the workshops
is produced in national language by national organisations and that it is translated in English; dissemination of the
reports through EURORDIS websites, through other stakeholder networks built in relevant EU funded projects and
activities, such as RareBestPractices and by co-organisers through their websites, newsletters, as well as through
the JA website.

The methods for the dissemination task on sustainable health systems for RD is as follows: the literature about
health policy performance in Europe shows the availability of process’ and ‘outcome’ indicators, ‘intermediate’
and final’ outcomes measuring the impact of different factors on population health. These allow developing
hypotheses that might explain why countries had adopted different policies with different impacts on health.
These hypotheses take into account survival values, self-expression values, democracy, party politics, ethnic
fractionalisation, and government effectiveness. These variables will be examined in the literature review in order
to assess their fitness and to identify adequate tools for studying health systems resilience for RD. The method
will use a systems dynamic approach, which lends itself to group model building through intensive, participatory
consultation with stakeholders and representation and refinement of models using graphical systems tools,
offering an effective means of esploring the determinants of systems resilience. The initiative will be developed
through the following steps:

1. Establishment of working groups with representatives from EU Member States to share and better define
the scope and the objects of study

2. Literature review of available documents on health systems equity and resilience for RDs
3. Analysis of the context in which the contemporary health care systems of the different EU Member States

are unfolding, through:
o Analysis of epidemiological data on RDs (starting from by the existing sources e.g. Platforms,

Registries, Orphanet, etc.)
o Analysis of the political situation
o Analysis of the health situation

A workshop will be organised to share this analysis
4. Assessment of the burden of diseases, the political and health situation in order to identify appropriate

actions for sustainable health systems for RD. A Workshop will be organized with the main stakeholders
for characterising equity and resilience of health systems for RDs

5. Establishment of Working groups on specific topics such as prevention, diagnosis, treatment of RDs, to
provide Evidence-Based and useful Recommendations in order to reduce health inequalities and promote
measures for sustainability of National strategies on RDs,
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6. Production of policy briefs according to the best evidence for decision making on equity and resilience of

health systems for RD5.

7. Final Conference (in Rome) to be organized at the end of the Joint Action.

The Orphanews newsletter (WP2) will continue to be produced at a twice a month pace. The editorial board and

the overall methodology will be agreed during the JA kick-off meeting. The proposed methodology comprises a

systematic literature review prior to the selection at the editorial meeting with the editor-in-chief. JA articles

definition and content will be agreed with WPs leaders before submitting it to the newsletter editor. The editorial

board composed by WP2 participants will contribute to the content of the newsletter and will review the

newsletter before publication.

The State of the Art report, planned under this JA (WPG) as an online resource, will play an important role in

supporting MS in implementing national policies and activities pertaining to RD, and will also be a mean of

monitoring progress and identifying good practices in each MS. The overall methodology for creating and

updating this resource will be agreed in M6, but the aim is to have a regularly updated site demonstrating how

each MS is addressing the challenges of RD (usually within the NP/NS for RD). The table of Core Indicators for RD

NP will foreseeably be completed annually. and this will be uploaded to the State of the Art resource, for

transparency. In addition, thematic area forums will be set-up, to promote key resources relevant to that topic

and also to support MS in sharing ideas and challenges relating to national implementation. Finally, tailored

support will be provided to MS, based initially on the Debrief Reports of the EJA and then updated after each

national workshop/conference (organised as above under WP2).

Patient empowerement

EURORDIS will work as an interface between the JA and the CEGRD, and rare disease patient groups, facilitating

patient consultation, participation and engagement in the work of the different thematic areas of the JA.

EURORDIS will ensure that the work within the field of Social Policies continues to be performed in liaison with

the CEGRD, MS, patient representatives and other key stakeholders in the field of social policies and social

innovation, whilst taking into account the implementation of NPs for RDs and the measures in the social field that

are being gradually adopted in MS.

6. EXPECTED OUTCOMES

The overall expected outcome of this JA is the effective and sustainable implementation in MS of the Council

recommendations on an action in the field of rare diseases and, in particular, the appropriate and consistent

identification of patients in health information systems across Europe as a result of the implementation of the

Orpha codification by MS. This constitutes a milestone for interoperability between HER, registries and databases,

therefore allowing to generate data necessary to improve knowledge on RD and to produce indicators to follow

the impact of the implemented RD policies. Another outcome is to achieve the goal of having a sustainable

European database for RD, providing information and data, both scientific and on expert resources across Europe

and beyond. This database, Orphanet. will be made more open and dynamic so as to stick to the rapidly evolving

fieldofRD.

7. WORK PACKAGES

7.1 Overview on work packtsges

The JA work is organized in three horizontal WPs and three core WPs. Horizontal WP5 include the coordination of

the whole JA; the dissemination of JA activities and more widely of the policy documents and decisions by a large

panel of dissemination tools; the evaluation of the JA achievements and in particular of the Orphanet database

for RD in view to setup a long-term sustainability plan.

Core WPs include the Orphanet database for RD (WP4), the guidance and support to implement the Orpha

codification in health information systems (WPS), and the prioritization of thematic policy areas in which support

is needed to achieve effective implementation (WP6(.

Cross-talk between WPs is a major operational objective of this JA in order to build a virtuous circle of
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functioning. As a result, the database will be adapted to the policy needs that will benefit from the data in the
database. Both will benefit from the input of stakeholders achieved by a back-and-forth dissemination strategy.
That management structure and the contribution of each WP representatives in every other WP, as well as the
large consortium of partners participating in virtually all the WPs, guarantee the overall coherence of the IA.
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9 ACTION MANAGEMENT STRUCTURE
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Fig.3 Overall management structure

The management structure of RD-Action has been defined to:
• Plan, organize and monitor the effort to achieve the technical objectives within RD-Action’s constraints of

time schedule and budget.
• Define clearly the decision making procedures and bodies
• Run performance control procedures leading to the expected quality of achievements and deliverables

described in the work plan.
• Continually inform the partners on the project status and progress
• Drive the project implementation in accordance with administrative, financial and legal issues defined by the

European regulations and national peculiarities.
• Guarantee that the rights and obligations and access rights of the partners are kept compliant with the Grant

Agreement signed with the Commission and the Consortium Agreement.
• Implement and follow-up an appropriate strategy for knowledge and intellectual property rights management
- Overview the ethical issues and the gender balance

A consortium agreement will be signed between the participants to specify the project governance, the internal
organization of the consortium, the management of the project and any other critical aspects of the project like
the management of intellectual property and access rights to results and liability and confidentiality
arrangements within RD-Action.
The organisational structure of the consortium will be as follow:
• The Coordinator Ana Rath (INSERM) will monitor the compliance by beneficiaries with their obligations under

the Grant Agreement
• The General Assembly, thereafter Joint Action Management Board (iA-MB) will be responsible for the major

strategic, scientific, political and financial decisions to be taken for RD-Action
• The Executive Committee, composed by WP leaders, will provide assistance to the coordinator for the

scientific monitoring of RD-Action
• The Project Management Team will provide assistance to the Coordinator and the iA-MB and ensure the

overall management of RD-Action
• The Work package Leaders will be in charge of managing their Work Package teams
• The International Advisory Board will advise the iA-MB on strategic directions for the Orphanet database to

be considered.
• The Commission Expert Group on Rare Diseases (CEGRD) will advise the iA-MB on the priority actions to be
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carried out.

The iA-MB is the decision-making body of the consortium and the supervisory body for the execution of the
project.

Composition

The iA-MB Consists of one representative of each participant institution, one representative of DGSante and one
representative of CHAFEA. It will be permanently chaired by the Coordinator.

Role

The iA-MB is in charge of the overall direction and major decisions with regard to the Project and will principally
guide the strategic direction of the project. This will involve:
-Review of project and sub-project status
-Evaluation of external and internal factors impacting on the project
-Decisions on necessary adaptation of the overall strategic plan to the status of the project
-Allocation of budget whenever changes need to be done
-Inclusion and exclusion of partners
-Potential methods to exploit the obtained results

Meetings

The iA-MB will meet once a year from the start of the project execution. Intermediate meetings will be held by
web-conference if needed (allowing sharing and modification of documents online while talking over the phone).

The iA-MB meetings will be convened and prepared by the Scientific Coordinator with the support of the Project
Management Team. The coordinator will prepare in writing the agenda of the meetings and send it to each iA-MB
member before meetings, with all relevant background information and supporting documents to any decision
proposed to be taken. For decision-making purposes, each iA-MB member shall have one vote. Quorum and
majority requirements will be laid down in the Consortium Agreement. Decisions may be taken via audio- or
video-teleconferences or during meetings. Minutes of iA-MB will be sent by the project manager to all members.

The Coordinator

The Coordinator will act as the direct link and intermediary between the Commission and the Consortium, receive
and distribute payments, keep accounts of all aspects of the project including financial efforts and reports, and
ensure that the project follows the pre-signed contractual obligations. In these tasks, the Coordinator will be
assisted by the Project Management Team (PMT) and the Executive Committee (EC). The Coordinator will be
responsible for:

• Supervision of the progress of the projects (tasks, milestones, budget)
• Formulation of detailed project plan on a subtask/partner level including detailed budgeting and scheduling;

• Set-up and maintenance of project documentation archive and project procedures manual;
• Preparation, organisation, administration, minutes and follow up of scientific meetings
• Writing/compilation of management summaries, progress reports including mid-term assessment, task

reports, periodic reports and final report;
• Monitoring and collection of individual partner administrative documents and statements of expenditures,

and transmission to the Commission. Keeping track of payments, which are to be made to each partner;
• Coordination of communication between partners and coordination between the consortium and other

parties;
• Composition of exploitation management team and share-out tasks and responsibilities;
• Ensure timely reporting to the Commission
• Hold the accounting of the project
• Final report including a publishable summary report, a plan for use and dissemination of foreground and a
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report covering the wider societal implications of the project in conformity with Commission’s guidelines.
The Coordinator will also act as a mediator in case of conflicts or disagreement between the partners.

The Executive Committee (EC)

The WP leaders will be the interface between the different partners involved in each WP and the Coordinator,
ensuring optimised concerted actions and a responsive scientific management of the project. The WP leader is
responsible for the overall follow up of the concerned WP and will ensure an efficient communication within the
WP including the organisation of periodic WP meetings.

WP leaders are responsible for monitoring the WP progress ensuring that the objectives of the project are
performed within the strategy of the work plan. This will entail accordance with the agreed milestones,
production of deliverables and ensuring that each participant fulfils its commitment to each WP:
• To present progress report on the state of advancement of the WP
• To make proposals on the allocation of WP tasks, financial need and allocation among the contractors
• To draft and validate project deliverables on the WP to be submitted to the EC
• To identify potential risk(s) within the WP and propose contingency plans
• To inform the iA-MB of any other difficulty arising in connection with the WP.

WP leaders are collectively referred to as the Executive Committee (EC). The role of the EC is to provide
assistance to the Coordinator for RD-Action’s scientific monitoring. The EC specific tasks will thus be to:
• Monitor and review the project’s progress at regular Steering Committee meetings (distant conferences every

2 months)
• Prioritize the projects objectives and outcomes as identified in the Grant Agreement
• Formulate risk management strategies and ensure that risks are regularly reassessed
• Help the Coordinator resolve potential conflicts and disputes

The Project Management Team (PMT)

All management activities will be performed in direct collaboration with the Project Management Team (the
Project manager Sylvie Maiella and the Financial Officer Corentin Fort).

The PMT will assist the Coordinator and the iA-MB in the following activities:

• Preparation of any document connected to the project (meetings agenda and minutes, consortium
agreement, report to the commission, etc)

• Day to day administrative and financial management including the drafting of reports
• Details on management structure, reporting routine, management techniques and communication;
• Organize the foreground management of the project
• Organize reviews and meetings
• Ensure transparency in communication on the project between all participants
• Coordinate activities of the International Advisory Board

An “International Advisory Board” composed of independent representatives of stakeholders is in charge of peer
reviewing the Orphanet project, it reports to the JA- MB and issue comments and recommendations (at the latest
one month prior to the annual meeting) which will enable the 0MB to define changes to be introduced to the
project. The members are nominated by the iA-MB. The membership should cover the following fields: Scientific
databases, information technologies, ontology and nomenclature, communication and education, R&D, Rare

diseases, orphan drugs and patient organisations. The members are nominated for 3 years. They may be re
nominated.

9.1 Quality of the partnership
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All the participants of RD-ACTION have been nominated by the respective MS ministries of Health for their

involvement on the field of rare diseases and their capacity to run the activities foreseen in this joint action.

Moreover, most of the participants have already successfully collaborated in former projects around RD proving

the escellence of the Consortium:

INSERM and GOG, MUW, FPS, WIV-lSp, BAPES, Croatian alliance for RD, NKCVO, UT, Rinnekoti, RIO, OCMO, OPBG,

Centre for disease prevention Latvia, VULSK, LUMC, NKSD, IPCZD, UMF IASI, UNIBA FOB, UKC Ljubliana, CIBER,

Karolinska, Center of medical genetics and primary health, Belgrade University, CMU Institute of Medical Genetic

University of Istanbul, CMU Institute of Medical Genetics Switzerland, have already collaborated on the Orphanet

Europe Joint Action 20102206 project (2011-2014).

INSERM and MHH, MUW, BAPtS, ICPZ, UMF IASI, UMCL, El, CIBER and CUNI have also succesfully collaborated in

the RDPORTAL 20061109 and RDPORTAL2 20091215(2006-2010)

INSERM and Office population Health Genomics, dept of Health Gvmt of WA, Garvan Institute of Medical

Research, University hospital of Aarhus, Foundation for Genetic and Rare Diseases (GeRaD), Institute of Medical

Genetics.
The Chaim Sheba Medical center, Institut national d’hygiène, Department of medical genetics Maroc, Mc Gill

University currently collaborate within the Orphanet consortium.

INSERM, EURORDIS, UNEW, VULSK, MUW, UKC, BAPES, GERAD, ISS and CIBER have succesfully collaborated in the

EUCERD Joint Action (2012-2010). INSFRM and EURORDIS have collaborated during the Rare Disease task force

(2009-201D)

9,2 Capacity of the staff

Coordinator institution, description of competence, experience, leadership and authority in the action area

The coordination institution is the French National Institute of Health and Medical Research (INSERM), founded in

1964; it is a public scientific and technological institute which operates under the joint authority of the French

Ministry of Health and French Ministry of Research. INSERM has been acting as coordinator of the Orphanet

consortium since the beginning of the European project in 20D1. The INSERM also acted as co-ordinator of the

Rare Diseases Task Force (2D04-2D09) and the European Union Committee of Experts on Rare Diseases (EUCERDj

(2010-2013). The INSERM lead the scientific secretariat of the current EUCERD Joint Action.

Key staff of the coordinator — description of competence (leadership and authority) and experience in the

action area.
• The project coordinator Dr. Ana Rath is a medical doctor and has a Master degree in Philosophy. She oriented

her career to medical information in 1997 (working in medical information and terminologies) and joined

Orphanet (www.orpha.net) in 2005. In Orphanet she has been in charge successively of the Orphanet
encyclopaedia, the rare diseases database, and of the Scientific Direction. She became Deputy Director in 2D11

and is currently acting as Director of Orphanet since May 2014.
• Ana Rath is the Managing Editor of the WHO’s ICD11 Topic Advisory Group for Rare Diseases since 2D09. She

serves as Editor in the Ontologies section of the Orphanet Journal of Rare Diseases (www.ojrd.com). She chairs

the Orphanet rare diseases ontology (ORDO).
• The project manager Sylvie Maiella has a PhD in Human Immunology and has been trained to Transversal

management. She oriented her career to scientific project management in 2010 and since 2011 she is has been

acting as Orphanet international coordinator and project manager of the previous Orphanet Europe Joint action

20102206.
• The financial and administrative officer Corentin Fort has a bachelor degree in Business management and

administration. He has been employed from 2008 to 2013 by the French Ministry of Defence as a HR officer in

charge of the strategic workforce planning. He has joined Orphanet in 2013 budget managing amongst other the

Orphanet Europe Joint action and the 2013 Operating Grant.
• The disease and classification team manager Annie Olry has a PhD in cellular biology. She has worked for

Orphanet since 2007. First in charge of the literature survey, she has been in charge of the diseases inventory

and classification system for 4 years. Now, she manages the scientific team and ensures overall scientific validity
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of the diseases inventory and classification system, genes inventory, epidemiological and disability data. She is
involved in most of the scientific partnerships, notably handling the Orphanet rare diseases ontology
collaboration.

• The Quality Manager Charlotte Cueydan has a PhD in molecular biology and biochemistry with a strong
background in genetics and has been trained in Quality management. She has worked as a research associate
from 2010 to 2012. She joined Orphanet late 2012 and she is in charge of the development of the quality
assurance policy of the Orphanet database of organising and implement quality control processes and quality
assurance and of coordinating the teams in the Orphanet network in carrying out the actions inherent in the
quality assurance process and quality control.

• The data manager for expert resources Martin Aries has a bachelor degree in biological sciences and a master
degree on scientific communication. He worked at the communication department of the CRC in Barcelona
before joining Orphanet-Spain in 2009 as information scientist. He joined the Orphanet coordinating team in
2014 and he is currently the data manager for the patient care expert resources.

• Marc Hanauer the Chief Technology officer has a master’s degree in Sciences Information & communication.
From 2000 to 2009 he worked for different Internet Start-ups. He is Engineer at INSERM and crc of Orphanet
since 2009.

• Charlotte Rodwell has a Masters degree in History and Modern Languages and has worked at the INSERM since
2009, coordinating the scientific secretariats of the EC Rare Disease Task Force (2009 -2010) and the European
Union Committee of Experts on Rare Diseases (2010-2013). She was the communications officer of the EUCERD
Joint Action (2012-2015). From December 2014 she is a public official of the INSERM and is in charge of
developing Orphanet’s partnerships and strategic communications.

Participant institution
The Medical University of Vienna )MUW) is Austria’s largest medical university and serves since 2004 as the main
host of the Austrian Orphanet country team. In these past 10 years, the MUW has proven its capacity to provide
the Orphanet country team with all infrastructure and all technical, as well as administrative support necessary to
successfully fulfill the tasks of a country team (collection of national data, dissemination of information, etc.).

Key Staff
• A country coordinator with a university degree in medicine, 14 years of professional esperience (neurobiological

laboratory medicine) in the diagnosis of certain hereditary, as well as acquired rare neurological diseases, 10
years of experience managing the national Orphanet team and 6 years of active participation in several national
and European boards and expert groups related to rare disease healthcare policies. High command of English.

• An information scientist with a with a university degree in medicine, 7 years of professional experience
(neurobiological laboratory medicine) in the diagnosis of certain hereditary, as well as acquired neurological
rare diseases and 6 years of experience working as information scientist and/or internal project manager for the
national Orphanet team.

73wrnkneacn
Participant’ institution
The mission of the Federal Public Service Health (Service public Federal Sante Publique) is to develop a
transparent, dynamic and scientifically-based policy that take care of peoples health, provide a safe food chain
and a better environment for everybody, both today and in the future. The mission of DC CS is to contribute to a
health care policy - including the field of rare diseases - in order to provide a continuum of quality care that is
financially and geographically accessible to everyone.

Key Staff
• P. Cents, PhD (Health psychologist) - He is advisor to the DC and member of the Commission Experts Croup on

Rare Diseases and is participating in the JA Orphanet. In the framework of this Joint Action he will working on
WP4 and this in close collaboration with the Scientific Institute of Public Head. He will also be the contact
person for this Joint Action at the Federal Public Service Health.

• Dr. I. Mertens is medical doctor and Head of the unit data management. She will participate in WPS
(orphacodes).

Associated with cIocsment ReL Aresi2015l3186279 - 29O7!2O15
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• Dr.S. Van Den Bogaert is a medical doctor and is the head of the organization of healthcare unit. She is also

responsible for the implementation of the national plan on rare disease and she is the alternate for Belgium in

the Commission Experts Group on Rare diseases. She will participate in WP6.

Participant’ institution
The Scientific Institute of Public Health (known as “WI V-ISP”( provides support for public health policy through

scientific research, expert opinions and divisional tasks. On the basis of scientific research, it formulates

recommendations and solutions for a proactive health policy at the Belgian and international levels. The WIV- ISP

assesses the status of health and health indicators on the basis of scientific methods which it approves, develops

and analyses within a certified quality framework.

Key Staff
• Joint Action manager; bio-engineer ceII&gene technology with PhD in medicine and 8 years of experience with

multiple projects in the rare disease field
• Information scientist with a university degree in biology having high familiarity with the activities of genetic

centres currently specialising in rare disease coding
• Information scientist with a university degree in biomedicine & biotechnology

rnnm
Participant’ institution
Bulgarian Association for Promotion of Education and Science (BAPES( is a non-government non-profit

organisation, working in the field of rare diseases since 2003. By participating in a number of EU-funded projects,

implementing a series of epidemiological registries and organising public and scientific events, BAPES helps to

stimulate research on rare diseases in Bulgaria, as well as to develop and provide care and services for people

with rare diseases and their families.

Key Staff
• Rumen Stefanov, MD, PhD is the founder and the Chair of BAPES. He is a professor in public health and Dean of

the Faculty of public health at the Medical University of Plovdiv. Dr. Stefanov is a participant in several EU

funded projects. He is an active member of the Task Force on Rare Diseases, EU Commitee of Experts on Rare

Diseases, Commission Expert Group on Rare Diseases, International Rare Diseases Research Consortium. Dr.

Rumen Stefanov was a member of the drafting group of the EU Communication for rare diseases

(COM/200B/679) and chair of the drafting group of the National Program for RD at the Ministry of Health of

Bulgaria.
• Elena Eneva, MSc is trained psychologist with experience in project management. Ms. Eneva is active in the rare

disease community in Bulgarian, being a board member of DEBRA Bulgaria and member of the National Alliance

of people with rare diseases.

r
Participant’ institution
Croatian Alliance for Rare Diseases works in the field of Rare Diseases since 2007. As the executive body for

Orphanet Croatia we work since 2013. The Alliance conduct many activities on national and regional level and

gathers 20 member associations and more than 450 inviduals with more than 300 different diagnoses. In our

everyday work, we cooperate with different expert associations, institutions on local and national level and other

important stakeholders.

Key Staff
• Anja Kladar, physiotherapist and project manager, bacc.oec., active in the field of Rare Diseases since 2006.

Fluent English speaker with more than 4 years of experience in project management. During her work she

finished different trainings (RD registers, management of volunteers, public policies etc.j

• Tihana Kreso, degree in journalism and political science, active in the field of Rare Diseases since 2012. Fluent

English speaker with more than 2 years of experience in activity coordination. Also, she is in charge for project

financial reports within the Alliance.
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Participant’ institution
The National Coordination Centre for Rare Diseases (NKCRD) was officially established by the Czech Ministry of
Health in 2012 within the frame of the Department of Biology and Medical Genetics of the Second Scool of
Medicine of Charles University and University Hospital Motol, Prague. This centre belongs to the top facility in the
country in terms of diagsostics and rare for rare diseases. The clinical background of the relies on the
comprehensive services offered at the largest university hospital in the country.

Key Staff
• Professor Milan Macek Jr. MD, PhD is the chairman of the largest academic Medical Genetics and DNA

diagnostics institution in the Czech Republic. His major specialty comprises DNA diagnostics, counselling and
clinical management in the area of rare diseases He is the President of the Czech Society of Medical Genetics
(www.slg.cz), past President (2011) and board member of the European Society for Human Genetics
(www.eshg.org), board member of the turopean Society of Cystic Fibrosis (www.ecfs.eu), ex-Board member of
the European Society of Human Reproduction and Embryology (ESHRE.eu) and current member of the EC Espert
Group on Rare Diseases (former EUCERD.eu(

• DipI. Ing. Ivana Funkova - senior FP6/FP7/Horizon2o2o- project administrator
• Marek Turnovec MD- bioinformatician and biostatistician, with experience in online patient registries and Czech

rare-disease-related databases.

Participant’ institution
University of Tartu (UT) has been teaching medical doctors for more than 380 years and is the only institution in
Estonia for that purpose. UT is today among the top 1% of the world’s most influential research establishments in
clinical medicine. Department of Paediatrics has been the leading partner to establish the national plan for rare
diseases in Estonia and has been participating in many EU grants on rare diseases. UT has been the associated
partner of Orphanet for many years.

Key Staff
• Prof Vallo Tillmann, MD, PhD, Professor in Paediatrics, the national co-ordinator of the project, is the team

leader of UT. He has led also previous Orphanet projects. He has been more than 10 years the Estonian
representative at the CaMP. He has led the group who established the national plan for rare diseases in
Estonian published in May 2014. He has been the national co-ordinator of many EU projects (EURDPLAN, tURD
WABB, etc) and principal investigator of many national research projects on rare diseases.

• Dr Rita Teek, MD, PhD, Research Fellow in Paediatrics, Senior Information assistant, has been participating in
the Orphanet project since 2011. Her expertise in medical genetics has been very useful running the project.
Mrs Sille Vahtra, Information Assistant, has gained great experience managing the Drphanet Estonia web-page
and will be responsible for its everyday management.

91_*Wrühdspçj J$j4jjjiflq 2tZZSiI
Participant’ institution
The Rinnekoti Foundation produces and delivers a wide range of expert healthcare and social inclusion programs
for persons with intellectual or developmental features, including rare genetic diseases. The Norlo Centre
provides services especially for children and families with rare disorders including syndrome diagnostics and
genetic counselling, outpatient appointments, genetic laboratory services, wide information services, training and
education.

Key Staff
• Country co-ordinator: a medical doctor (1983 University of Turku), PhD (1999) and Associate Professor in Clinical

Genetics (2008 University of Helsinki), speciality in clinical genetics (1996 University of Helsinki), the main
interest and experience in clinical and research work has focused on rare genetic dysmorphic multianomaly
syndromes with developmental disorders. The Norio Centre was formed in 2013 when The Family Federation of
Finlands Medical Genetics Department and The Rinnekoti Foundations Rehabilitation Home for Children and
the Genetics Services Unit were merged. As the Head of the Norio Centre she will continue as contry co
ordinator starting in 2D1S after the retirement of the former contry co-ordinator.
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• Information scientist: a master’s degree in social science (2003 University of Helsinki, Faculty of Social Sciences)

and studies in information science (2005), has worked in Orphanet project since 2007.

Participant’ institution
The Necker Hospital for Children is the leading French hospital to support rare and genetic diseases, It carries the

national databank for rare diseases project for more than 8 years (beginning with the CEMARA project) that

describes more than 4000 rare diseases coded with Orphanet for 270000 patients. The team is also responsible

for enchancing locally the RD coding plan in HIS.

Key Staff
• Rémy Choquet will lead the task 1 in the WPS. He has a PhD in medical informatics. His specific interests are

knowledge engineering, from terminologies to ontologies. He is the operational director of the national

databank for rare diseases and leads the interoperability framework work to enable data collection at national

scale of comparable data to enable RD epidemiology studies for all RD. His peripheral view over databases for

rare diseases and his experience with the national registry project will help in setting the right strategy to gather

at EU level comparable data for rare diseases.

• Celine Angin will coordinate the work during the JA. She worked several years at Orphanet as a project manager

for communication purposes. She has a master in biology applied to communication. She has project

management skills for multi stakeholder projects. Her experience both at Orphanet for 5 years and the BNDMR

team for more than a year will facilitate the coordination work for the 1 task of the WPS.

rniiim
Participant’ institution
EURORDIS, the European Organisation for Rare Diseases, is a patient-driven pan-European alliance of rare

diseases patient organisations representing the voice of an estimated 30 million living with a rare disease in

Europe and their families. EURORDIS has (as of November 2014) 646 member organisations, in 60 countries, 26 of

which are EU Member States. EURORDIS has been involved in the elaboration of policies related to RDs thereby

participating to the establishment of the current regulatory environment and policy framework. EURORDIS has 4

representatives and 4 alternates sitting at the Commission Expert Group on Rare Diseases.

Key Staff
• Yann Le Cam, Chief Executive Officer: ‘(ann is a co-founder of EURORDIS (1B96-1997) and joined as CEO in 2001.

yann has dedicated 20 years of professional and personal commitment to health and medical research NGO5 in

France, in Europe and in the United States in the fields of cancer, HIV/AIDS and rare Diseases. He served as

COMP’s Vice-Chairman from 2000 to 2006. He is a member of the Commission Expert Group on Rare Diseases

and other Commission Working groups.
• Patrice Régnier, Finance & Support Services Unit Director: Patrice holds a degree in Management from the

“Ecole Supérieure de Commerce” of Paris, specialised in finance applied to non-profit associations. Professional

experience includes: Four years in Management Auditing for Généthon (the premier French gene therapies

research and applications centre for rare diseases), 10 years in EURORDIS to manage finances, human resources,

information technology, office operations and legal affairs.
• Valentina Bottarelli, EU Public Affairs Senior Advisor: Valentina is European Public Affairs Senior Advisor at

EURORDIS, where she works in the Brussels’ office to help raise awareness on rare diseases in the EU policy

agenda. She coordinates EURORDIS’ contribution to the EUROPLAN project and to WP4 of the Joint Action

Working for Rare Diseases, supporting aimed to support EU Member States in developing national plans for rare

diseases. Valentina holds a MA in European Politics and Administration from the College of Europe, Bruges, and

has extensive experience in the area of EU policies and programmes, having worked as a senior consultant on

public affairs and communications.
• Man Johnson, Healthcare and Research Director: Man holds a Master of Arts in Production Design from

University College London. He has been working in the field of RDs for more than s years, and has 14 years of

experience in National Health Service, England. He was been the responsible commissioner for health services

nationally for RDs, across SO Centres of Expertise for rare cancers, genetic conditions, rare paediatric conditions,

transplants and highly specialised mental health conditions. Man is currently responsible for supporting the

development of Centres of Expertise, European Reference Networks, RD Connect.
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• Ariane Weinman, EU Public Affairs Manager: Ariane holds a Master of Arts in International Policy Studies. She
has been working in the field of rare diseases for more than 10 years, and has over iS years of experience of
managing projects in the field of medical and biological sciences (Federation of Paris Public Hospitals, Scientific
Department of the French Embassy in China). Ariane is currently involved in the EUCERD Joint Action 2012-2015,
in the Work Package dedicated to national planning for rare diseases.

• Raquel Castro, Social Policy Manager: Raquel holds a Bachelor of Arts in Communication and Multimedia as well
as a post graduate degree in Project Management at the Lisbon School of Economics and Management. She has
over 6 years of experience in field of rare diseases. She is currently involved in the EUCERD Joint Action 2012-
2015 Work Package dedicated to ‘Provision of Specialised Social Services and Integration of Rare Diseases into
social services and policies’ and was formerly the coordinator of the Portuguese national help line for Rare
Diseases.

Participant’ institution
Hannover Medical School is one of the top ranking medical faculties in Germany. It is the host of Orphanet
Germany since 2002. It is involved in the German National Action Plan for Rare Diseases. It runs a Center for Rare
Diseases as one of the first of this type of research and patient care oriented set-ups in Germany.

Key Staff
• Prof. Joerg Schmidtke is a professor and medical specialist of human genetics. He holds a university degree in

medicine and has 42 years of professional experience in research and patient care. He was coordinator of
Orphanet Germany since 2002. He was Director of the Institute of Human Genetics of Hannover Medical School
from 1990-2014. He is currently Director of the Rare Disease Center of Hannover Medical School.

• Dr. Kathrin Rommel is a biologist with a doctorate in human genetics. She is working as an information scientist
for Orphanet Germany since 2002.

Participant’ institution
DIMOI is the publisher of official medical classifications and provides additional terminologies and standards that
are important for health telematics. DIMDI develops and operates database-supported information systems for
drugs, medical devices and health care data and is responsible for a program of health technology assessment
(HTA).

Key Staff
The DIMDI classification team comprises of 7 Medical doctors with expertise in medical informatics as well as
classifications and terminologies, one computer scientist specialized in medicine, a health information manager
and a clerical assistant. The classification team is part of the medical information department with approx. 50
employees from all fields of biosciences.

Participant institution
National Public Health and Medical Officers’ Service )NPHMOS) is composed of the Office of the Chief Medical
Officer )OCMO) and national institutes under the leadership of OCMO. It is a central independent budgetary
authority, led by the Chief Medical Officer )CMO). The Rare Disease- Centre, -Joint Action and the Hungarian
Congenital Abnormalities Registry have been relocated to the OCMO. The RD field is the priority under our
strategies and we follow the Hungarian National Plan for Rare Diseases.

Key Staff
• Melinda Csdky-Szunyogh is coordinator of the Hungarian Congenital Abnormalities Registry )HCAR), in Budapest

since 2008. She graduated in the Semmelweis University, Budapest in 199g. In 2004 she received an MSc degree
in Healthcare Management. Since 2000 she is the Hungarian Case-Control Surveillance of Congenital
Abnormalities program international contact. Since March 2015 she works at Department of Public Health,
Strategic Planning and Epidemiology at OCMO. Numbers of her publications are more than 70 and as a member
of several national and international scientific societies represent the case of congenital anomalies. Her research
area is the cardiovascular epidemiology of congenital malformations.
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• Anita Szilágyi works at Department of Public Health, Strategic Planning and Epidemiology at OCMO. Since 2013
she works as an epidemiologist in the Hungarian Congenital Abnormalities Registry. She graduated in 2012 in
Hungary as a public health expert. She holds a masters degree in health policy planning.

Participant’ institution
The Semmelweis Rare Diseases Network, a biobank of detailed clinical & lab data at SU, coordinated by IGMRD
with expertise in core activities — diagnostics & treatment, research and education, the institute continuously
expands the participation in policy development, exchange of knowledge, professional international
collaborations, and representation of academie in decision making processes. SU owns the newest NGS
technologies for detecting rare disorders.

Key Staff
The Institute of Genomic Medicine and Rare Disorders (IGMRD) is led by the SU Vice-Rector for Scientific Affairs
with M.D., PhD, Med. Habil. and D.Sc., 25+ years of professional experience in neurology, psychiatry and clinical
genetics (special focus rare diseases), participation in 10 research grant projects. The team responsible for the
scientific implementation will consist of 4 research fellows/3postdocs/Zspecialists/lprofessor with experience in
patient care, registry building, myopathology, molecular biology, clinical genomics and bioinformatics. A project
management team of 2 people with excellent English communication skills, having 10 years of managerial
experience in international projects will support the management and technical issues. A dedicated financial
manager with professional experience of project accounting will be responsible for the financial questions. A
professional Innovation Centre will provide support for the project management.

Participant’ institution
HSE Ireland, has the capacity to deliver on the suggested Work Packages to include WP4 (Objective 4), and WP2
(Dissemination and Organisation of RD Workshop). This will be provided by the established National Rare
Diseases Clinical Programme (NCPRD) (Clinical Lead Prof. Eileen Treacy/Country Co-ordinator), with the support of
the NCPRD Programme Manager and NCPRD Working and Advisory Groups in collaboration with our national RD
Alliance. The work for WP4 will be provided by an experienced Information Scientist (Msc in Genetics).

Key Staff
The country Co-ordinator Prof. Eileen Treacy, MD, FRCPC, FRCPI, FCCMG, National Clinical Lead for the Irish Rare
Diseases Clinical Programme, (NCPRD) has specific training and substantial experience in Clinical Genetics, Inborn
Errors of Metabolism and Rare Diseases, obtained at McGill University, Montreal, Canada, Murdoch Institute,
Melbourne, Australia and Necker Enfants Malades Hospital, Paris. As outlined in our Rare Diseases National Plan,
we will be supported by the NCPRD Programme Manager, Ms. Dervela Gray, who has an MBA, has substantial
project management skills and is a physiotherapist; with also support from the NCPRD Clinical Advisory Group and
colleagues at the National Centre for Medical Genetics. The Project Manager! Information Scientist will have an
MSc in Clinical Genetics and extensive clinical experience in genetic counselling/project management. The
IT/administrative supports will be provided by the Host Institution.

Participant’ institution
The Bambino GesO Paediatric Hospital jOPBG) is Italy’s main Institute for Research and Health Care in Paediatric.
IE is widely recognized as referral centre for all paediatrics specialties and particularly for genetic and rare
diseases. Since 2010 ORPHANET-Italia has been headquartered at OPBG, who contributes updating and
implanting new data insights and providing information on rare diseases. Recent research activities within OPBG
led to the identification of the gene behind 9 rare paediatric diseases.

Key Staff
Bruno Dallapiccola, Prof MD, (M) A specialist in medical genetics, one of the Italy’s major experts in genetics and
in the care and management of patients with rare diseases, with long lasting leading experience in ORPHANET
and ORPHANET ITALIA. He will be supported by a health care manager with more than 20 years of experience in
the definition of guidelines for rare diseases and a university degree in medicine and surgery, previously involved
in ORPHANET, who will act as supervisor. Moreover the staff will be composed by a genetist with a university
degree in medicine, currently involved in rare diseases diagnosis and research within OPBG, acting as information

34

I(f.’/ 2c



HP-JA-2014 RD-ACTION Proposal number: 677024 • Associated with document Ret. Ares(2015)31$6279 . 29t0712015

scientist. A project manager, with a strong background in the management of website contents and scientific
articles, will act as editorial assistant during the project.

Participant’ institution
Since 2002, Veneto Region established a care network of labelled RD Centres and appointed our Coordinating
Center to create and implement an area-based Registry, designed as an information system to support this
network and the care pathways of RD patients. From Veneto, it has been extended to other g Italian Regions j25
mill ishs). It monitors 3,000 RD entities (Orpha and lCD-coded), and records data on go,000 RD patients and it is
used by more than 5,000 professionals.

Key Staff
• Three epidemiologists with a university degree in medicine, a fellowship in Community medicine/Public Heath

and/or a PhD in Epidemiology and at least 5 yeam of professional experience in RD epidemiology and RD coding
and classification;

• A bioinformatic engineer with a university degree in informatics, at least 5 years of experience in ICT tools
development, relational D8 and web-based systems;

• A biostatisticians with a university degree in statistics, a PhD in Epidemiology and at least 5 year of professional
experience in RD epidemiology;

• A project technical assistant with a university degree and at least 3 years of professional experience in managing
research projects and a high command of English.

Participant’ institution
The Center for Disease Prevention and Control of Latvia has experience as a partner in several international
projects, including Joint Actions and especially the previous IA Orphanet, where the Center participated as an
associated partner. Our staff has long-year experience in international collaboration, statistics, data analysis,
scientific work as well as maintenance and development of national registers in the public health sector.

Key Staff
• The country coordinator is a specialist with a master’s degree in social science and 14 years of professional

experience in health care organisation, statistics and registries at national level and at least 2 years of
experience as a country coordinator in the previous Joint Action Orphanet, having also a high command of
English.

• The information scientist is a public health analyst with a university degree in public health or medicine and at
least 2 years of professional experience in public health or healthcare organisations, having also a high
command of English.

Participant’ institution
Vilnius University Hospital Santarikiq Klinikos was designated for participation in the Rare Diseases Joint Action
activities under the Third EU program 2014-2020 by Ministry of Health of the Republic of Lithuania. The
Institution has participated in Orphanet Joint Action since 2010. Vilnius University Hospital is a partner of several
international projects (FP6, FP7, JA-Chrodis, INTERREC 1118, IVC, Telemedicine networking etc.).

Key Staff
A pulmonologist with a university degree in medicine and at least 15 years of professional experience in
pulmonology and pulmonary hypertension. A clinical geneticist with a university degree in medicine and PhD
degree in genetic counselling of rare diseases and at least 20 years of professional experience in clinical genetics.
A clinical geneticist with a university degree in medicine and at least 3 years of professional experience in clinical
genetics, Orphanet national team information scientist at least 4 years. A cardiologist with a university degree in
medicine and PhD degree in Pulmonary hypertension centre and at least 15 years of professional experience in
cardiology and pulmonary hypertension. A children nephrologist with a university degree in medicine and PhD
degree in Children rare diseases centre and at least 20 years of professional experience in children nephrology. All
of them have high skills in English.
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Participant institution
Leiden University Medical Center (LUMC) is a high-ranking university medical center for research, education and

patient care, employing 7000 people (http://hospitals.webometrics.info/en/RankingEurope). Orphanet NI is in

the Dept. of Human Genetics, which has as main track record neurogenetics, lipid disorders and cancer.

Coordinator Prof van Ommen’s fields cover genome research, diagnostic technology, therapy development and

societal aspects of genetics. He has been involved in Orphanet since 20DB.

Key Staff
• Prof. Gertjan van Ommen, PhD; Orphanet country coordinator since 2011, specialised in neuromuscular

diseases and biobanking. His main aim is to help improving diagnosis, therapy and prevention of rare and

common diseases. He is founding member of BBMRI, the European Biobanking and Biomolecular Research

Infrastructure, and heads the Dutch BBMRI-NI. He is Editor-in-chief of the European Journal of Human Genetics,

past president of HUGO (1998-2000) and of the European and Dutch Societies of Human Genetics, board

member of the American Society of Human Genetics (ASHG) and treasurer of the Public Population Project in

Genomics and Society (P3G).
• Petra van Overveld, PhD in human genetics; programme and project management of large national and EU

projects, involved in Orphanet since 2008 as project manager.

‘Judith Carlier — de Ieeuw van Weenen, PhD in endocrinology; information scientist Orphanet since 2011.

Participant’ institution
The Norwegian Directorate of Health is an executive agency and competent authority subordinate to the

Norwegian Ministry of Health and Care Services. The political frameworks to which the Directorate is subject are

the political platform of the government in office at any time and resolutions of the government and of

Parliament. The political values conveyed by the annual national budget and the instructions in the annual letter

of allocation from the Ministry of Health and Care Services are determinative.

Key Staff
‘Senior adviser/Nutritionist Genetic counselor and Sosial worker Bodil Stokke will use about 20 % of her work

on Joint Action — EU wide rare diseases information databases; WP S Steering, maintaining and promoting the

adoption of Orphacodes across MS and WP6 - Thematic Priorities of Expert Group and integation with other

relevant initiatives. Stokke has been working with Rare diseases in Norway since 1989.

‘Co-partner in HDIR will bee Senior adviser Jim Jianhua Yang who are responsable for national statistique og

coding in Norway.

rwssn
Participant’ institution
NKSD is a national service that unifies all resource centers for Rare Disorders in Norway.

Key Staff
Lena Lande Wekre (Special Advisor, MO, PhD) will use about 20% of her work on Joint Action /Orphanet — to

coordinate this work in Norway. Collaborating partners will be the central staff in NKSD, and people representing
the 9 Centres of Expertise for Rare Disorders (governed by NKSD) in Norway. The people working at the centers

are medical doctors, nurses, social workers, physiotherapista, psychologists, occupational therapists, special

teachers etc. working in multidisiplinary teams.

Participant’ institution
The Children’s Memorial Health Institute is one of the biggest highly specialized pediatric hospitals treating

children in Poland, mainly with rare diseases, from all country regions. Also a research institute working on

innovations in pediatric medicine and implementation of international and national research projects in the field

of rare diseases.

Key Staff
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Professors Malgorzata Krajewska-Walasek and Krystyna Chrzanowska: Clinical geneticists and pediatricians with
decades of esperience in rare diseases, mainly in clinical (dysmorphological) and molecular diagnostics,
disseminating knowledge about rare diseases among physicians and patients, above 3 years of experience in
managing Joint Actions at EU level, having also a high command of English.

• Dorota Karczmarewicz: Doctor of Veterinary Medicine with above S years of experience, working as an
Information Scientist for Orphanet, having also a high command of English.

ParticipanV institution
The Directorate-General of Health (DGS) is a central service of the Portuguese Ministry of Health, responsible for
the regulation, guidance and coordination of all activities related to health promotion and disease prevention, It
further defines the technical conditions for an adequate provision of quality healthcare. It is also responsible for
the planning of national health policies, besides ensuring the implementation of the National Health Plan. DGS
coordinates the new Integrated Strategy for Rare Diseases 2D14-2D2D.

Key Staff
• Project Leader and Coordinator: University degree in medicine, Director of the Department of Quality in

Health (Directorate-General of Health), represents the Ministry of Health in various EU Committees and national
inter-ministerial Commissions, 6 years of professional experience in managing + supervising the planning +

programming of national policy for Quality in health system.
• Chief Technical Officer: Doctor’s degree in International Health with specialty in Policy Analyses, Head of the

Division of Quality Management from the Department of Quality in Health.
• Project Manager: Hospital Manager, candidate for a Doctor’s degree in Information and Decision Systems.
• Scientific Expert: University degree in medicine, PhD in Genetics, Fellow in Medical Genetics at John Hopkins

Hosp., Baltimore, USA, Full Professor of Medical Genetics, Research leader, Director of ORPHANET— Portugal.

“etswsetw ottw. csatws-aettra.slssssssaweuealllatasLhtutnni Jltiltlfllhaswatzal
Participant institution
The team from s Gr T Popa > University of Medicine and Pharmacy has attended many scientific meetings and
trainings in the field of RD, having the ability to update and expand the encyclopedia of RD, the directory of
expert services, to make the database sustainable, to support the stakeholders in introducing Orphacodes in daily
practice and to support the Commission Expert group on RD and the implementation of its recommendations in
Romania.

Key Staff
• Country coordinator: Professor (Medical Genetics Department UMF lani), consultant in Medical Genetics and

Pediatrics, head of the Medical Genetics Unit (Children’s Hospital, lasi), member of the National Committee of
RD (commission of the Health Ministry that supports the achievement of the National Plan on RD in Romania)
coordinator of Orphanet Romania in the last S years;

• Information scientist 1: Senior lecturer (Medical Genetics Department UMF lasi(, consultant in Medical
Genetics, specialist in Endocrinology, information scientist Orphanet Romania since 2D04;

• Information scientist 2: Lecturer (Medical Genetics Department, UMF lasi), specialist in Medical Genetics,
information scientist of Orphanet Romania since 2D04.

Participant institution
Comenius University Medical School is the oldest and largest medical faculty in Slovakia. Its Department of
Pediatrics is traditionally a leader in evaluating and treating patients with rare diseases from the whole country.
In addition, it is involved in clinical and genetic reaserch in collaboration with other domestic and international
centers. From 2D1D the Slovak Orphanet Team is also resides on the Pediatric Department of the Comenius
University Medical School.
Key Staff
The members of the Slovak Orphanet Team are:
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• LászlO Kovács, MD, DrSc, MPH, Professor of Pediatrics and Chairman — leading pediatrician and clinical

geneticist with university degree of Doctor of Science and more than 30 years of professional experience in

evaluation and treatment of patients with rare diaseses.
• Gabriela Nagyová, MD, Information Scientist. She is in training as clinical geneticist and is a PhD student in this

field.
• Anna Hlavatã, MD, PhD., Team Manager — experienced pediatrician with a PhD degree working more than 20

years in the field of rare diaseases.
Prof. Kovács and Dr. Hlavatã are membert of the Rare Diseases Working Group of the Ministry of Health of the
Slovak Republic. All three team member are are involved in scientific, technical and managerial implementation of
the action in Slovakia from 2Db.

Participant’ institution
The University Medical Center Ljubljana is the leading medical institution in Slovenia, providing medical services
at the secondary and tertiary level, as well as educational and research activities. The Clinical Institute for Medical

Genetics is a national authority in the clinical and laboratory diagnosis of rare and inherited diseases with
extensive experience in genetic counselling, laboratory diagnostics, high-quality research and in leading and

participating in many research projects, at the national and international level (FP5, FP6, FP7, DG Sanco).

Key Staff
• Prof. Borut Peterlin, MD, PhD, Clinical geneticist and Neurologist heads the Clinical Institute of Medical

Genetics, UMCL, which is a reference center for medical genetics in Slovenia. He is a member of EUCERD and
Public Professional and Policy Committee at the European Society of Human Genetics (ESHG) as well as previous
member of SCHER at DG Sanco and a board member of European Society of Human Genetics. He heads the
Center for undiagnosed rare diseases at UMCL and has more that 25 years of esperience in the field of rare and
genetic diseases.

• Assit. Prof. Luca Lovrecic, MD, PhD, Clinical geneticist in training and Head of Laboratory for molecular
cytogenetics. She has morethan 10 years of experinece in diagnosis of genetic diseases.

• Ale Mayer, MD, Head of Center for Mendelian Genomics, in charge of clinical next generaiton sequencing
facility with 4 years of experience in NGS. All three, gp, LL and AM have been involved with previous Orphanet
joint actions — OP and LL are national validators, LL and AM have been trained as information scientist for
Orphanet.

All three are in charge of National web page.

Participant’ institution
The Centre for Biomedical Network Research (CIBER) is a consortium depending on the Carlos Ill Health Institute
(Economy and Competitiveness Ministry). The CIBER in the Thematic Area of Rare Diseases (CIBERER) is the
reference centre in Spain for research into RD. Its main aim is to coordinate and further basic, clinical and
epidemiological, as well as to foster translational research in RD. CIBERER consists of a team of over 700
professionals and integrates 62 research groups.

Key Staff
• Francesc Palau, MD, PhD: Specialist in paediatrics and medical genetics. CIBERER’s Scientific Director and leader

of the Programme in Rare and Genetic Diseases at the Principe Felipe Research Centre (CIPF). Scientific
coordinator of the RD Strategy of the NHS, national coordinator of the Orphanet-Spain team and the leader of
the Work Package 7 in the EUCERD Joint Action )EJA).

•Virginia Corrochano: PhD in Biology. CIBERER Biobank Coordinator, Orphanet-Spain and WP7 EJA project
manager.

• Beatriz Gómez: BSc in Nursing and BA in Journalism. CIBERER’s and WP7 EJA project manager.

• Ingrid Mendes: BSc in Biology. CIBERER’s Scientific Manager. Asst. to CIBERERs Scientific Director.

• M Elena Mateo: Bsc in Information Science, with 5 years of experience as Orphanet-Spain information scientist.

Participant’ institution
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The participant institution, the Department of Clinical Genetics at the Karolinska University Hospital, has an
extensive and long experience in the field of genetic and rare diseases including diagnostics, genetics, healthcare
and research. All personnel involved in this project has a solid background in the field and have been engaged in
the former Orphanet Joint Action project in a direct or indirect manner and already contributed to the
development of this consortium.

Key Staff
• Senior Physician, Clinical Geneticist, Professor in Medical Genetics, research group leader in rare and genetic

diseases and head of the Department of Clinical Genetics.
• PhD in Physiology with long experience in Rare Disease related projects including project coordination of

Orphanet — Sweden and research activities in rare diseases.
• Senior Physician, Pediatric Oncologist, Professor in Pediatric Hematology and Oncology, Research group leader

in rare pediatric diseases and Director of the Research and Education at Karolinska.
• Associate Professor in Chemical Biology, Orphanet information scientist and involved in rare disease research

and coordination tasks within the Centre for Rare Diseases — Karolinska.
• Senior Physician, Clinical Geneticist, Associate Professor in Medical Genetics, highly active and long experience

in the field of rare disease research and project leader of the Centre for Rare Disease.

Participant’ institution
Newcastle University has an excellent pedigree in research and teaching with a strong interdisciplinary research
base. In the UK it ranks in the top S for both hospital- and laboratory-based clinical subjects, with two-thirds of its
outputs classified as world-leading or internationally escellent in the areas of ageing, chronic disease, genetics
and stem cells. Based in an expert centre for neuromuscular disorders, the UNEW team led the TREAT-NMD
network of excellence and retains its strategic and managerial role in the TREAT-NMD Alliance, whilst
coordinating numerous neuromuscular-related projects and studies. The team has cemented its position in the
broader field of rare diseases as exemplified by coordination of the EUCERD JA and RD-Connect. Whilst also highly
active at the national and global levels, the Muscle Team at UNEW has participated in EU grants worth a total of
approximately €73 Million and is able to contribute scientific, managerial and policy-based expertise in the field of
rare diseases.

Key Staff
• Prof. Kate Bushby: Professor of Neuromuscular Genetics with over 2DD publications, and current Coordinator of

EUCERD Joint Action: Working for Rare Diseases; Deputy Director of MRC Centre for Neuromuscular Diseases;
member of Commission Expert Group on Rare Diseases (one of 4 Independent Experts); formerly Vice-Chair of
EUCERD; former Coordinator of TREAT-NMD Network of Excellence (FP6);

• Dr Stephen Lynn: Project Manager of EUCERD iA and TREAT-NMD, with a scientific background (PhD) and over
11 years of experience in healthcare and research policy

Participant’ institution
Public Health England exists to protect and improve the nation’s health and wellbeing, and reduce health
inequalities. It does this through advocacy, partnerships, world-class science, knowledge and intelligence, and the
delivery of specialist public health services. PHE is an operationally autonomous executive agency of she
Department of Health.
The other associated partners are colleagues across the other home nations of Northern Ireland, Scotland and
Wales. All 4 UK countries will work together to achieve the goals of ORPHANET UK.

Key Staff
• The information scientist has a background in biology with a university degree in veterinary medicine and a

masters in global public health and policy.
• The country coordinator for the UK is a Consultant in Public Health, who following over 10 years in the National

Health Service is now leading the development of a national congenital anomaly and rare disease registration
service.
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Participant’ institution
The National Directorate for Health (Direction Gbnérale de Ia Sante — DGS) is one of the General Directorates of

the French Ministry of Health, currently called “Ministry of Social Affairs, Health and Women’s Rights”. In

particular, the DGS is responsible for proposing, planning, implementing and following public health policies with

the ob(ective to improve general population health, enhance the quality and security of healthcare and reduce
health inequalities. The DGS participates to the discussions and deliberations concerning public health policies in

European and international official bodies (WHO, etc.(. The INSERM operates under the joint authority of the

French Ministry of Research and the French Ministry of Health through the DGS. The DGS participates actively to

the implementation and funding of the French National Plans for Rare Diseases, and directly to the funding of

Orphanet activities in France.

Key Staff
Patrice Dosquet is a medical doctor, medical specialist in nephrology, with a master degree in Immunology. Since
more than 20 years, he has been working in medical evaluation, clinical practice guidelines development, quality
of care and certification of hospitals, in particular as a member of the French National Authority for Health. Since
2011, he has been working in DGS as pro(ect leader for the 2, French National Plan for Rare Diseases in close

relation with all the stakeholders of the Plan. In particular, he is following the Orphanet’s activities in relation with

the INSERM and the Orphanet’s team. He is the French representative in the EC espert group for rare diseases, as
previously within EUCERD.

The Istituto Superiore di Sanità is the leading technical and scientific public institution of the Italian National
Health Service. ISS activities include research, control, training and consultation in the interest of public health

protection. Established in 1934, it is composed of 7 Departments and 8 National Centres, It employs about 1900

staff, 400 fellows and 300 volunteers (www.iss.it(.
The Italian National Centre for Rare Diseases (Centro Nazionale Malattie Rare, CNMR; www.iss.it/cnmr) was
established to promote and develop experimental research and public health actions, as well as to provide

technical-scientific expertise & information on rare diseases (RD( and orphan drugs for the prevention, treatment

and surveillance of RD. CNMR holds a strategic institutional position at national and international level in RD.
CNMR activities include: primary and secondary prevention of RD and congenital anomalies; new-born screening;
experimental research on selected RDs; management of RD National Registry and disease-specific registries;
institutional national external quality assurance program for genetic laboratories

(http://www.iss.it/tege/index.php?lang=1&anno=2015&tipo=27(; development, implementation & dissemination

of RD guidelines and best practices; implementation of Evidence-based Medicine and Narrative Based Medicine in

RD; quality of life of RD patients; continuing education and training programs for health professionals and patient

associations, Institutional information (by Helpline 800-896949 and website www.iss.it/cnmr( and communication
(155 Bulletin “Rare diseases and orphan drugs”(. It represents Italy at the COMP-EMA and participate to the
Advice Scientific WG-EMA since 2001. CNMR-lSS signed the bilateral (IT-USA( scientific agreement with NIH-Office

for Rare Diseases-NCATS since 2003. CNMR coordinates/has national, EU & international pro(ects: EUROPI.AN
(www.europlanpro(ect.eu(; EPIRARE (www.epirare.eu(; Rare-Bestpractices (www.rarebestpractices.eu(; IT-USA
projects on RDs; Tender” EU Tender “Neonatal Screening Practices in Europe”
lhttrr//ec.eurooa.eu/health/rare diseases/screening/index en.htm(. The Italian National Centre for Rare
Diseases: where research and public health translate into action.
(www.ncbi.nlm.nih.gov/pmc/articles/PMC4044801/pdf/blt-12-s591.pdf)

Key Staff
• Domenica TARUSCIO, MD, Director of the National Centre for Rare Diseases-ISS. In this position, her efforts are

directed mainly to tackle RD from science to society. She published 104 scientific publications (PubMed:
www.ncbi.nlm.nih.gov/pubmed/?term=taruscio’+d(, several Reports and other documents.
She is/has been the Italian Representative at the CDMP-EMA (2000-2009(; member of several Working Groups

and Committes, including: EU Expert Group on RD, EUCERD & RD Task Force; IRDiRC Interdisciplnary
Committee; DECD Genetic Testing Working Group; European Molecular Genetics Quality Network Management
Board; Eurogentest Advisory board. Scientific coordinator of the Italian Quality Assurance Scheme for genetic
testing since 2001. Scientific coordinator of several projects, including: EU-funded projects NEPHIRD (Network of
Public Health Institutions on Rare Diseases(; EUROPLAN (www.euraplanproject.eu(; EU Tender ‘Neonatal
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Screening Practices in Europe (http://ec.europa.eu/health/rare_diseases/screening/index_en.htm); EPIRARE
(www.epirare.eu); RARE-8estpractices (www.rarebestpracticeseu); WP Leader “Registries and natural history”
of RD-Connect. Past President and Member of ICORD Board (http://icord.se). Director of the International
Summer Schools ‘Rare disease and Orphan drugs registries’ and Health care guidelines”. In the RD-Action, she
will coordinate the ISS team activities.

• Claudio FRANK, MD, Neurologist, Senior Researcher, Director of the Unit “Orphan Drugs” of the National Center
for Rare Diseases (ISS). He is or has been involved in national and international projects on RD (e.g. Principal
Investigator, Research Project Italy-USA: “Mechanisms of Neuronal Death in Niemann-Pick C Disease: from
Molecules to Clinic; Chief of the Research Unit ISS in the Finalized Research Project 2009, funded by Ministry of
Public Health: “Role of protein misfolding in the pathogenesis of Niemann-Pick type C disease: a possible
therapeutic target”). Concerning the ‘sustainable health systems for rare diseases” task, he will contribute on
the health systems features, with attention to access to orphan drugs and health care.

• Rita FERRELLI, MD, Researcher experienced in networking RD public health policy makers, in health systems
equity and sustainability and in human resources training. She is or has been involved in the coordination and
management of several national and international public health projects and health professionals training
courses. Concerning the “sustainable health systems for rare diseases” task, she will contribute on the health
systems sustainability, equity and resilience as well as on the dissemination activities in WP2.

• Marco SALVATORE, Biologist, specialized in molecular Genetics and Cytogenetics, Researcher at the National
Center for Rare Diseases (155). He is involved in national and international project (i.e. involved in RD Connect;
External Quality Assessment Schemes for genetic test of rare diseases); in the management of the specific
national pathology disease registry (Italian Cystic Fibrosis Registry) and of the first Italian project for external
quality assessment of sweat test for cystic fibrosis; he attended as deputy Member the Management Board of
the European Molecular Genetics Quality Network (2004 to 2015). Concerning the “sustainable health systems
for rare diseases” task, he will contribute on the health information systems, including registries.

• Stefano DIEMOZ, Administrative assistant with experience in administrative management of national and
international projects, in office operations as well as technical organization of workshops and conferences. He
will contribute on the administrative issues.

• a researcher experienced in networking RD public health policy makers (e.g. EUROPLAN project and WP4 of the
Joint Action Working for Rare Diseases) as well as RD other stakeholders in national and international projects.
The researcher will contribute to the literature review and the networking concerning the “sustainable health
systems for rare diseases” task, as well as on the dissemination activities in WP2.

• two MD, as specific experts in public health; they will contribute to the literature review, studies of health
system features, with particular attention to sustainability, equity and resilience.
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9.4 Financial management

The financial management of the action will be conducted as follows:
2 months prior the compilation of the interim financial reports (M12 and M24) and of the final report (M36) all
the associated partners will be asked to send in their financial documents and the budget template filled-in for

their institution with clear instructions (first quality control level>. Upon reception, the finance officer will further

quality control the documents in order to make sure they comply with the Grant regulations and with the original
budget agreement. If necessary the finance officer will revise them in agreement with the associated partners.

Finally the financial officer will provide all collected documents to the Gestion Ressources Extérieures (GRE> office
of the Inserm (DR6) which will compile these documents in order to provide the Chafea with a consolidated

budget (third round of quality control>. The GRE is also in charge of managing the payments of the partners.

The financial officer will inform the partners upon each payment in order to ensure the reception of such

payment. He will be also be available for day-to-day support for administrative and budget issues of the partners
and transmission to the Commission. He works in close collaboration with the project manager and the project
coordinator so that in case of problems or particular issues or amendments to be done to the contract the
steering committee will be informed timely.

The same kind of monitoring has proven to be effective in the previously managed action and it will be conducted

by the finance officer Corentin Fort (finance officer of the contract Orphanet Europe Joint action 201002206 and
Eucerd Joint action 2011 22 01) in collaboration with the Inserm GRE office, which is experienced in handling the
finances of European contracts.

10. BUDGET

10.1 Content description and justification

Budget was agreed by associated partners and WP leaders through conference calls and mail discussions. It was
decided to attribute 32.87% of the budget to the core Orphanet database (including scientific content,
consortium coordination, IT infrastructure, training and quality control), 32.52% to Orphanet consortium partners
(covering national coordination and data collection); 15.4% to Policy activities, 5% to Codification issues and
overall 13% to horizontal WPs (coordination, dissemination and evaluation). This distribution was based on the
number of PM5 needed to accomplish the work foreseen in each WP, and to allow participants to attend the

meetings and workshops. Some nominated partners agreed on being collaborating partners instead of
beneficiaries: in WP4, when more than one institution was nominated to conduct Orphanet activities in the same
country, some partners decided to have all the budget managed by one of the institutions while others
participate as collaborating partners. In workpackages in which the work will be done through workshops and
meetings, participating institutions were consulted and agreed to have the budget centralised at the WP/tasks
leaders level, in order to optimise the allocated resources and to ease managing funding and administrative issues
(WPs 2, 5, 6).

As far as the budget breakdown was conducted amongst Orphanet consortium partners (participating countries>,

it was calculated on the basis of: the size of the country population as an indicator of the foreseen amount of
expert resources to be collected, the FTE needed to cover this data collection (based on the experience of
previous Orphanet actions) and the daily costs of a master-degree information scientist (data obtained from the
country coordinators of the former Orphanet JA). Additional funding was foreseen for those teams taking on
Orphanet encyclopaedia activities starting M18.
Some exceptions to these rules were applied in order to balance inequalities between countries due to
differences in countries incomes (Germany budget was decreased in favor of Poland, Portugal and Hungary>.
Adjustments were done when countries could not contribute to match the EC contribution.

10.3 Detailed budget tables
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000€

TotdCo,ta(rtof)C)

(0) ledleess Costs )Maa,7%goA, g ted C( 2 57,95 €

TseCol eetttt.tod ellbI. ossno 3995937€

cot.) reqteestod EC ooetrsbctloe (68% roe.
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Dl ttsdfrtst Costs (Mao, 7%on A, Oand C)
rot4 estleratod 81161610 rests

meal roq,ststed 6€ e0ntrlbctloc. (60% eras

1913,525

29249,526

1,754973€
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Applicant Number II
Short Noose UTARTU

—€l
çd)’’so 0 co’no”i’’ ‘O 9 “ “i Porson, )ponltlen) TetI Pe,sost.Moeth J costs (C) 04(A)
utica Project lead (VeIls) 1 4740,006

Senior Information Sn enlist Rita) S 9425.00€
Information Scientist (Sills) 5,4 8971,001

0.00€
0,006
0,006
0,006
o,oo a

Total Cost, (6) of(5( 79 •ir,.’Q &
I setlfieotloo
Proi.0s€to’T’ilternnn, MIS, P1,0, usilI bmnhn notional so.o,din*Ot ofhtrptotent in Esnonia desot I bealse renponiblefer tire
wnintng.ofthe periodic reporto and shell nancial tasks
De.lgitoreok, MO, Pb0,wr,l betheqenlgrlinf r,tanesnldenslst responsib,etoransweninga’rdsofoingall clinical
QueSti 095 and problems within this pro,ect Hen expentine in medical geneocs will be highs aeprec’ated
Mrs Sills Vahtra, Information Scientist, will be responsible for techricel data management and the protects daily

- management Cauntrycoordinator role 000er’iance eftf’epnoiectarnabonel level, ‘nnlud,ngliaisonwnttr learned
societies, health autharinies and patiean orgarisat ens Responsiblelo. data quality managennentParbnipanion in nrc
Orphanet rrnanagee’neern board.

-

)0) LOis c, .a t. I rub-, nt nciii Canto (C) Tatks scbeoetrae1ed

0,00 C

0,00 €

TotatCcste(€)of(8) u’, nrc

dastifigatlon fee resnetfnl to fabgonteaglleeg

(C,1(Teate( — Casts (C) jllantlffestfoe

2 100,00 €iTh’eecennemum 2 day rnecningn 2015 L,aneerbourg, 2016 Edinburgh, 2017 Paris)

1 500,00 € Toso 2.dayWP 4 Training Ipetrel

0,00 C

0,00 C

(Cl) E60poesnt costs (C) ,bsstifieatloes

0,00

0.00€

(Cl) Otft.r6ood5 nd sertiser Costs (6) taastifletiore

000

0.00€

.

0,006

l’tlCast (A) 11(C) 0 0(10
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ippikant Nas,nber 9

Short Some ‘‘ Rirnekoti

- —

rh) Oruc cv:ocnvi.ii0.:ie Eu/crc P.rtesc (penelen) 008le Per8000Mootts 0000s (C) ot)A(

cit7 vcj ,tonmationsc:errtiSt 14,2 60240.75€

‘nuntry 100rd nator 5,3 49287.89€

0.00€

0.00€

0.00€

0,00 €

0,00’

0,00’

natdCotte)€)of(A( ‘2132714c

loatfiteeakwe

Couett’yoootdlnatee role: Governance of the projactatnat,orral level, nclvding liaison with learned 101:00 as, hea th

authorities and patient onganisat Ott Responsible for data quality management Parocipatior in the Onpharet

management board

tetaemation scented role: lde0600at or ottheaourceo of information in therountry, co/roGer ofthe intormatior about

expert eervlcot according to the SOPt,validatlor ofnhe collected data, pubtication of rho data and commurr:caeion with

tire 000rd: ratina team

/itlcol:c::o,csicl Oh nrrnvri 0 0000s(C) Teehaabcetatraded

0.00€

0.00€

‘rotelCosax(0) oHS) 7771

OlcatRtottleo toe ,eaortlngtoncaheonteadlttg

(CS) Teasel costs (C) Sos01000tloae

297000€ Three consortium 2-day m001ngs /2015 Luaemboutt, 2016 Edinbtgh, 2017 Paris)

1735.00€ Two2-dayWP4 Tra:rna/Paris)

0.00€

0.00€

(Cs) EqOl0e000e Ceafl(€( Jseattffsc6100

0.00€

0.00€

(Cs) Other gOode Os) sorof005 €0500) Jtsa0000atiao

0,006

0.00€

0.00€

l’onatOtota)C(ot/9

(0) lrdirestCo,00(Maa, ?%xflx.taedc) , - 7 396,360

Totaeettfreeted elIgible scott 122 230,000

IToxe(reqaottedeCxoetnlbaboe)600%etae SlsiiP00iJ
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pp(CasRt Number 10
Short Name APHP (BNDMR)

-=—
901 Snout yet u-nvI uu nu ii lurilr’4 liubliu Peesono )pesltleo) Total Pntsen-Mot,th Costs (C) ef(A(
null niaL) HeIth inforrrratron nranager scientific 3 17 10000€

director
Health informariorr & project nranage’ 12 60 000,00 €
coordinacon 4 14000,006

0,00 €
0,00 €
0,00
0 00€
0.00€

Total Costs (C) of (Al 51 lnTi.0U 6
!soilfteatbo
To build the necessary framework to enable homogeneous coding of RD diagnostic at EU mod, then ght tools and
guidelioeoarenecesoary Our iostitutioo will be mainly involved in the first task of the WPS by Interviewing each MS and
drafting the necessary documents to help i natrainiog this objective. A tleae methodology will have fob eoetin onden to
build the necessary guidelines and methodologies based on eoisting morbidiny cystems and systems based on ORPHA

To manage the work during tIre 3 years of the peoteet, a health information manager scientific director is requi red
To interview MS. follow and drab the EU recommandations for coding RD I nvlinical practice, a project manager with
specific technical knowledge in required for the 1st year of the project.
To support and help in coordinating the 3 years of the project, a coordi nating set of tasks is also required.

1101 ‘StUnt court nun su u.runnincniiiy Costs (I) Tasbossbwetragted

0,00 €

0.00€

Total Casts (Cf of (5) 0.00

Isastiffsatlwn for eesoetlngto sssbseeteostlng

Otliur rl,trcn uor

IC.ljIeoeei Costs (C) Jstiflsotfsetf

6705.00€ Threvoncoersum 2-day meetings 2015 Lvsenrbourg, 2016 Edinburgh, 2017 Paris)

0.00€

0.00€

0.00€

(C2(Equlpn,etst Costs (C) JsastlftsOtlon

0.00€

0.00€

)C.3(Otlteegowdsaedseesfges CottoN) lastifleatios.

0.00€

0.00€

0.00€

Total Costs (C) ef (C) 1 luLl ii

ID) loslienat Costs (Mao, 716 en A. Band C) 6 546,35 €

Total ostlsn,atsd eligIbl, vests 104 651,35 €

otol esqoested €Cooetnlbtatien (goxetas
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(CI) TeemS

)C2(EqaNmeat

ThePldaleedTel.eeleeaall neenlee the enpIee.entaSnn and dellaenonlthP2 thbl,l nl!e,enn e.th the We,, leadey She eel,

de.ehangeaeene.,aet pa.tl.,ebIeed.hWP2SheeelIlee.enthethenWPIeadelsn,elab4eWPeandWP6.ahdseIIepbaFblhe lbendlhecsbel

Shem,ll be e.pena.Me lb ‘eye that’s. WP2EUbOeOyb ,peb,hbtabka lsataaybaekeS’dlane 14,He. laoetie e,aneged byb’afleeh’th’eaIlWatedbn

the EUIOIDIS 06 lTd eye p.,Te, ed,ddeliae,eda,eo,d,s1Fnlthe aodpIen.She sell a’eee,,thythe, FUeOODISelaT’eepnse’ble iyy,l,ed,ntUO

dee.,,. thatthe’t’.epebb, atheb.ee,e ,on,d,natea

thtththeee,olan,e eteaPeMkAUjeeeNeee.iheae,lI0eeelnpthe,yea,lSelnat,enel*eIeheped..teethal,llleetthete5RDpnltl,eeahd

.naanltibnefnales.leeo,hepa,nlheitseaplleee.ynFdee. .,dlapthete,yyltheaaneee,eblee,ththecleeelylnahd,dase,Idisgtythe

et deetetanda yf Unde,eta,tdisge,lh the’,. She .e,ll petetee the e,y,ksh.p e,aae’eat etc Ie “aS. eU,e tha!lhee,eetplyeeth the

ettabyyaley,kshypdea,ledittheihekplatdyee,elat,eteeethseppe,bngbe,laythythee; pats pat’toSaIl ,eleeett,,ehonal

,takehelde.e, pattets ya,tteatee ,ele it the P,nge.et ,cetteeeiyee yt the ,,ntentatd te,e,et p,yyeded by EURORDIS.

ThePtyakeepalne Maeeeyelll aeelstthe Pybi,, UTa,,e Oj,eyty,it the ptebetUe Iydeeo,bed ebeene and eleyetea,e ntttttytttahet and jttetptabett

eenhange myth lSDOeOIS eleff atdiopaonee. She aol) be the eya,t day-te-OaVSUPORDIS “bRett tIthe ill detaaahe,e baeedat the Rae. D,eeaee

PIetSy,nltPatta. Shete,ll betttha’ge etthelay,,ShytthenalISy,ethteea,ettt,tte,eettbSehn l0Il,n,thec,ynattytea ettheuette,atdael

bndAtSSatdgththeeyyneeyIu tanS deteoll,at,Aa SSeeallI haymthedeyty day’etpncS 0,1 tyfott,nt,tthtgthe tat ohalae,Sehnpettgayleal

atdeellbethettalttn,,Reetpetee,,tfthelahetaleil,,tee,,,nha,ee yl t,aant ngtheeetatetalyeo,hhtpa, aitga’egsla,,tsteetetettleaSaoth

then,. Shem,tlyype,e,aeeUboeDlneeoeydttetes ya,th,,t WPZ a,,d mill liaIse tegytadymtth VA the PA Oltetteta,dthe LUPORDIS Fl,,attee That, te,,ake

,e,ethal SOlOeD’S teapeete tIe b,dgetmte’eetttete,tta

TleSeetelPaaienbbtear.peetl ,n.tl,yetbeyppettthe deaelep,”e,t olpelt,tee ceth,tthethee.at,ee,ee el,,teg,ebeeeteDal,teSne,et pel’ttee’taetelytt

,eesetyt,tbehl,,asdtheadepye,yStheOPbeth,e,n,,ye,daoo,e tptheeyt lhelenaqyelyetllby,ld ehenen,e,ehbe galhe,ed,eelha

inc.t he held elyet,al pelthey Ic de,eleped m,thl, wPO/aOCSeD 6,,t hyAtt w,lh the eypenO ‘S Iceant CR00015 daft, Ray’eI soil ehgaae

paoe,,tn,e.yltanba,,dpa,topathene0.yet,eae g.e na,cedheyeteehtgaetthelUeoeblssyealPsltyanEaeaetybbyypeltthet pahettt

lntpleetettetletnlpsatib’al ,e/Stnateaiee y, RD dthee,ea,,e:,,thesy,aI hO StRata,. g,adyallyad,ptedMe,,betytatee,dnnnaolldate

TheHeaaft.aeeaedeaeeeachDde.Dhe,eeem,II ayppy,tUSaeW WPSleaae,. thCeghbtdthe SlIP ettelegea ySthe etaei,gefflettat,s,e’ee,e ‘th1 ynthe

eaSe,theedaa,deeD.,,e—ne ltl,a,ee,a ththeWPAl de,;ndth.Hhe,’,abn 000,dlbagy,hem,llldOj,tneeSebtbthebSSSD,,.,,,be,e.

TH.eoealftesea*eaeeehetleem,lltabllehneetetSeleahyea,deenha,geamlthRUHOROIS ntee,be,, Syp,the1,eg’lapdshythethPlleade,

a,d p,edysoa ,eleea,t ‘epe’te a,d ypdalee WIlt, the hyppette’ IUPORDIS eta)!, he myll byaldee the tylleyhyn lyne .‘‘eftbb’lSaht,,, pa’t,hpatt’y
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Applicant Number 11

Shoe) Name

HealshcaeeedecyHletraetryy,e 01605172’

Toea00eeee (0 eS(S)

70700 eIWPd letthpteTeee

SeyenH06ftee, lee eeamtleeee mbeeneeaakta

Hep’He.ethebtiteet n Net,o,al Plaea needle betrahylated ,e Pegl,sh, p,e-p,bleehnh tt el,den ,sase,y+yewh,yh a plnloded In thecoeteel brAceD, ae

eel) as PHtr,g,aphee aed ‘,,reepteeePe.

(C-0)Otbee aeda aedeae’aama

Het Coos (C) eRR)

SD) ledteeee Omee (Mae. OIm % Omd I

Oeeaeen)Tpaeedetlatte mesa 615
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Applicact Number 12
Short Name MHH

10) 0:0<1 pory dm01 ctn ilthcy. Outhit Praom (potIon) Total Persoc-Moetle Cost, (((of (A)
off’col’l irformati on scientist 25,7 174350,460

Coitrdlriator 10,5 109 416,30 €
Sonrstariete 6 23 946,000

0,10 €

0,00 €

0,000

0,000

0,00 €
Total Costt(C) of (A’ 3<7712,700

issetlffeatlots
An experienced informati on scientist is needed to perform the tasks outli ned In the proposal. The positi on is interded to
be filled with Dr. Itathein Pommel wino has 00cr 12 years of eepertenoe related to rare disease darahacing (Identification
of rhe sources of infornnabnn in the country, coliocttee of theinformation about expert cervixes according to tire SOPs,
validatior of the collected data, eublioatnon of the data ard oommunicatior with the coordinating team).
. Prof. Sdsmldtke will aot as 0 he oourtry coordinator. The role will be: the gocmranoe of the projeotat rational noel,
mci uding Itaisor with earred sooieties, health authorities and pacers organita Ions; the data quality manageerenet.
. Ms. H. Wrede soil giaesexrexarial support

(liutl:’Otriiuto of coli oomltcodcmny Costs (6) Tasks sssbeossteectesl

0.00€

0.00€

ThtalCosto)of(P) <000

Jsstsittcatlon foe eesoetln( Ce sssbeotsteosOie

< 0 liii lii on taco

(Cl) Teasel Costs (0) Jssstgkatlen

2 000,000 Three coceorsosm Z’dap meetings (2015 Ltsoembourg, 2016 Edinbxrgh, 2017 Perle)

1 215,000 Two 2 don WP 4 Training (paris)

0.00€

0.00€

(Cs) Egalpttternt Cosq,(C( 1stetlftsf lees

0.00€

0.00€

(C.3( Ostree eo4send seetelees, Cestn(C) ItastlfleOtlee

0.00€

0.00€

0.00€

Total Ce,tt(€( of (C) 0. ‘iii

(0) ktdleest Casts (Mae. 7% so, A.Haetd C) 21696,94 C

Total rtto,t.sed eligIble sega 333 334.70 C

Total e.qoeetcd cC ews,t,ibsstien (69% teas 4ilF,,I,IOii

• Assoui;ciod with d00 urnont Re). Aros(2015(3186279
- 29/07/2015
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‘tppIIc.nt Nssmbes 13

Short Name DIMOI
-

(Si .0 p.r.oon soot o,ilrdm€ l’oblio Ps.ns e.101a0) TsSIP.e.ae4.ts.tak Costs tC)o€IA

ItSa tj “ealS roormanion Men ger IA S5 920,00

0,e,nhflooffioiooffl0 I) 07 6229700€

110.1 CostS (C) Of A ioh A, ‘i,

-
Th. 0.1*1. ktfoe,satbn mtame eli fuiifrli rflefoliowrrng tasks

-Cocadin tiotiottnea,orkinoiMol, amlniot,anivera500forpoJectleadofWPs

Fdrtcrisl function for Sngguidelrnee and oo’lenuon of nputfnom German eapeero on oodrng gordal flee

Taohnrn I detelopme.nt of masten file and coordination utfeedbaCk from erenber or teruuntnles

1101 sd.nttftcsf, cciii fullfili th fofiowint tasks

Oergn of master file ording to Initial feedback fnomcountnies od oodingouidelinedeonlopnrent

- Compilation of preexisting ounrentfor m toe. nile and preparation of ,nasnerfilewrilroontentfnompountnlee for leering

phase

- Deoskopprert of neoonmroendatrortt for tuturemstn?,anoe of ma ret site, codl’g guiddlner and feedback meonan!tm for

-

lImo ‘, trot of lb to recurS Comic) lWsaabsaetrastgd

0,00 €

0,00 €

TsSdCoees)€)st(l) tror

Jannklsa*.ng.. ..ssefksgs.ssahmeseomti

I)iifirr

)C,1)Te.eok CsstS(() ka.SffistTtas

670900€ Three on orrium 2 day m000inst (2015 Luoembour€ 2006 Edlnbcigh, 2017 Patrol

0.00€

0.00€

0,00 C

(C,2)Eqtera01 COstSf() JoSftlSslttsn

cOO C

000€

tC,A)Othargaadsaadsaeslmo Costs(k) Ata0ttSlsat

0,00 C

0006

0.00€

i-—-—-------’ —
0 r

ID) dknd Cast, Va. 7*5.. 0, I and C) 10951,945

Tatalastltoogf.daflgl*ksea.ta f tog 12034€

Total r.qaastsd CC sasttlttatlas (60% elsA trill AAWN

56

z.L



u1[i — Dgr

n
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Appcant Number 14
Short Name OCMO

iIin

icg/ffgfl

Roles of Country sawrdtnator Those include organisat on of thegouornante of Ohe project at n nional Ieoel ncluding liaison
with learned sosieties, health authorities nd patient organisations, nd the build up of theOrphanet team if applicable The
country Coordinator is responsible for data oual ny management about espenOnesorarcas in theosunOny Thecountny
000nd,nator aCts as the natonal contact point ion the health authorities on rare diseases He/she is a pnofessron& aaesi
established in thetield at rare/genetic d seates wtth a strong interestftr public healnhana research issues The country
coordinasar par-trip tat in thecnpnanetmanageenersboand. edy thenabonal web pages ofOrphanes. cnmibusee to the
dissemination of national ,nioatrueu In the held ottO cia OrphaNews and tire OrphaNetwonk ,ntenrcainewslenet and be/she
p rho pates to theannual meeting lprlsr to which he/she should brieffhe National repnesentatlce Cf the SC if any(
Cafes afAsststaet Continuous assistance to Country coordinator in communication, docutrrentatlan

1c4 ,i,ci ccc ef i CgujC( Taeabms,teaetsd
‘cicriuW 3000.00€ R gional to ondination of data upload

0_ac €
yasalCgetg(()ef(B) tsar- sIc

tetlttesssae for eesaeshtg to ,wbmeteastfog
Regional co-ordination Will provide greater oftlciency In gathering and uploading Information on aspents, inatrtusicns, paslens
cnganiaatlcns

Cimc’ti vi,

Coot. (((
thatWietass

a 280,ou € Thneoconsorti,rm 2-dan meeOrgs (2015 Luserrthoung, 1016 tdinbungh 2017 Par-tI
(C.2)fqiapa,s.sst Ce,ts(C( Oossdfaasien

0,00 €

000€
(C3)Osfo.r1ewdaaed - Catnyig) isrstitfaatlas

0_no (I
nasal Costs (C) wf(Q

(D(5sos5 Coots (Mao, 7% 1 ata,aa €
TuSd aatenal.d ailgilsie soota ig 31571€
l’otal requested EC S rIIXN
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Applicant Number 15

Short Name SE

Amct eroonce.rn.rtjirrlod:ryo:lcl Ppotltlna.( Tgtlpeesott-Mtmth Cosf,(C)of(A)

off, irlof ‘nforn anon scientist 815 15 208,00 €

Project ‘ranagec 3,08 8000.00€

0,000
0,00

0,00 €

0,00 €

0.00€

000€

Total Cost, It) of *1 09 202.20 €

Semmeiwels Universiry (50) is going to employ an information sciendst and a project manager:

The information sciantiat Is responsible for the 000tact with the Hunga ran no pert Serolces, collection and validalon of the

dato

The project matager coordinates and facilitates the work of the information sd enust and prepares the accounts and

documental on towands the EU.

‘0) 0,n’rt. • nt 0 nob ‘cnn ring Casts (C) T.absswbtosttrectnd

000€

0,00 C

Tota(Costo(€(of 18) .Ini

Jta,tlfkonlnet fat eotoettogtscsobnosttenstleg

).,nhrrd,r tInt

(C.1( Trawl Coat, (C) Joatitfontlo,,

1050.00€ Two 2-day WP4Tna,n,ng (Paris)

0,00 €

(Fttsipstsea* Costo(€) itestrfirotioat

000€

0.00€

CI) Otttergoodssodter*an Cotta (€5 isetifotloss

0,00 C

0.00€

0,006

TotalCe,t,(((o((C) 0’ ‘

101 btdieect Cost,(f,bo, 7%on A.eand C) 1 417,10 €

Total estimated eligible ststs 21 66750 C

tal eaqo.sted Ecoontnlbsst)oss (60%maa bInl*I’e001
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P.pplicant Number 16
Short Name HSE

,A( Cot p ivoirnol cn,vy ino3odvog i,ul P.rsons )po,stson) J Total Poeson-Monib Costs (C) of (A)

frforeratioir Seetist 35 19195200 C
Country co ordinator 0 0,00 €
nedicalwriter 15 9597600€

000€
0006
000€

000€

000€
Total Costs (C) of (A) 2079)30113

6tlf9otttoo
Ireland has not directly partiorpated in the previous two Joint Actions In Rare Diseases but hat published a Nasonal
Rare Disease Plan in 2014 The Infoernatron 500ntist will be esnpioyed to gather and advance irfornoabon regarding
expertise on rate diseases in Ireland assisttng in the designation of Centres 0t Enpethsein Ireland assisting our NCP
and uploading all relevant information onto the Orphanet portal The Orph anetslte is currently inactioein Iceland aod
will require eotens,ue validation of national sites Irel and vas a high incidence of specific rare diseases (ascertained
by neorbore screecing) an oul ned in or Nat oral Plan

Medical welter prcduce and update RD abstrauto according too well established procedure including peer reoiew
from eopnito, coordinated atcentral level

Ji0( 0i’ucl 30300 of uoh c’ n’ocJii’y Cost, (C) Task, tuboonteastad

000€

000€

TotalCests(€)of(e)

Jswtlflaolro.n for rer.ontbtgte

Cc 03’ direct rotor

(C.1) Teasel Cost, (C) Jostlflsatlon

240000€ Three oonvortivm 2 day mnetirgs (2015 Luoeorbourg, 2016 Edinburgh 2017
1 30000€ Two 2 day WP 4 Training (Paeis(

000€

000€
(Cl) tqrrlgonant Costs (C) Jssstftsatlae

000€

000€
(C.3)Other goods and sortIng, Costs (C) Jost,RratIne

000€

000€

000€
teJCo,t,(C(of(C)

‘ ‘‘ CC

(0) Ptdodst Costs (Man. 7% 05,6.8 and C)
Total astbn.tnd akg(ble toots

Total raqoasted EC tontekbsxtskn (60%ntos

13 709,64

305537646
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HP-JA-2014 RD-ACTION Proposal number: 677024 Associwiod wft!’ document Ref. Aros(2015)3185279 29/07/2015

‘applicant Number 17
Short Name OPBG

10 dc 1/ ol hil P eeeaiposltlo I teiP rsee-Mo 86 C t K) 1(A)

.dOc, oh inforrrati onscier,titt 36 46 004,00 €

‘rfcrrnati onocientist 10 23 292,00

10 23 27400

OrciectCooroinaton 2 30000,060

Speroisor 3 27900,000

0.00€

0,00 €

000€

Total 00056(0) at (A’ 151 355,00

Aaatlfie.tlee

PFa(.d otaedlts.tee role’ Gouennence ofrhe projeotatnabonal boO, including liaison with earned societieS, health

authorloea and patient organisations. Responsible for data qualioy managernentPartioipation in the Orphanet management

board

He will be supported bye health care manager with more than 20 years of sopanience in the definition of guidelines for rare

dioceses and auniceneity degree in medicine and surgery, preciously inoolued in ORPHANET, who will act as superoloor

befermatlee sdentlat Fe,: Identification of theaources of information in thecountry, collection of the Information about

eopertseruices according to thebOPs, ualidabon of the collected data, publication of the date and oon,nrunioation with the

coordinating teen,. 54PM Is needed and this was calculated based on the siae of the country populati on as an indica ton of the

foreseen amount of eopert resources to be collected.

Th. Edftaelle AssIstant role Help with dissemination and communication material.

P/ .1 o, r. ci c,b coic’rci0 Cesta(€) T6asobenete.et.d

0,000

0,00 €

Tout Cases (C) of (B) ii ii:: 0

lastlfilose toe enaerslegtw eabaesstraatlflg

1/ I’ini- ti

(COfTeoset Casts (C) aseatwlantlae

2 970,000 Three consortium 2dm meetings 12015 Luoembourg, 2016 Edinburgh, 2017 Panel

1 780,000 Two 2.0eV WP ATraining (Paris)

0,000

0,00 €

(C.2)€qsalpse 5 CoOs (0) Jtsetllteetlew

0,00 €

0,00

(C,3)Osher good. and eanstees Costa (C) lassntantlee

0.00€

0,00 €

0,00 0

I1’otat Casts (0(02(C)

jIndlmed Cast. (Iba. OXen A. B rd C)

‘Total aaglaeated .0561a esat.

!,eeqsaeOs.d SC aaeenaeIsas (60% ne.

18906,00 €

066 75€ 00€,

97900,006
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HP-JA-2014 RD-ACTION Proposal number: 677024 Assocaeod wftfl document Ref Ares(2015)3186279 .29/07/2015

‘opIis.et Number 19

Short Name SPKC

-

0441 boron vet ao ne400ro Oroli tint l°vtsilo P.noes(po.elant Total P.natt-Meoth Coats ot(A)

etttirvlt/ Information so.enrtltt 7,2 9482,006

“ountry coordinator 3,6 695000’

0,00’
0,00s
0,005

0,000

0,001

0,001

Total Costs (€)af (8 163 00Th: 1

Jg.t9tatbe

Couetryoooedtnatatrot.: Governance oftheproleotatnational leuol,itoluditglia.sonW.th learnedsooieties,t,ealth

authonitiec and patiert onsanisatlons. tnponsibletor data 40811W management Partlv.patlon it theonphanet

management board.

brfoemat100 .d.ntist rot.: Idettifioation otthesoocves of irfonmatiot nttcccovrnny, collection vtrhe :rformation about

etpent senvicer a000rdina to the5005, validation ottheoollected dana, publication otthedata end communicatIon with

th0000ndlnaungteam;

;:l::40tattlum7

cflZe

JustIllntlOI,tO( r.wetis160.abnote.ctt.g

11106cr :ttiott rotto

tC.tttnaosl Costs (C) Jontllteattoe

2970.00€ Three consortium 2 day meetings 12005 LuecmbounL 2006 Edinbvngh, 2007 Panisl

1 730.00€ Two2 dayWP4rraltirg(Panis)

0.00€

0,00 €

(C.2) qslereeob Ce,ts)C) asstateaeto,

0.00€

(.3)Oth.rgoothsOd et.. Casta tel jaaot€sooto,

0.00€

0.001

0.00€

l’stat CavIl (C) Of (C) 1104.01,

(0) t.dle.stCooto (Mat.7%a, t.Ca,rdC) 1400525

Total sstlerat.d a51. coat. 20626.22€

‘wtal raqotatodtt soeteOsttlee )60%essa eIonA,aZ
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HP-JA-2014 RD-ACTION Proposal number: 677024 Associoolod with document Roil. Ares(2015)3186279 - 29/07/2015

ppIieant Numbea’ 70

Short Name VLJLSK
-

in/lOin -ntinnlii0i’b,illn Peraors,(pgthtlosst Tetatpetsoe-Mo.fsls 000e(qaf(A1
ofifirulo) Country coordinator (OJurevitiene) at fiflfi ‘on

r-oiect manager )0.Utkus) 4,5 2 210,00 €
iformation Scientist5 OurnytO) 9 2580,000

P uirformatic an )R.Punoralte) 4,5 131000€

fiformation scientist )L Gumbiere) 1,125 472,000

rformation scientist fl. 225 945,000

C,rkauskienA)

Aasirart 4,5 800,000

Taeattosts(€)ot(F 12mm00

aatmsatssae

The country 100rdin.toe is responsible for data qualify management a loins expert resources to rho courinry. The country

healrti authorities on rare diseases.

The fflnaed4 ttfiae it required for budget plarnirgand tupporn, fund dittnibulon, dotumert proparattor ongoing budget
Oacklng.

The nscoag.r coordinates Informati on stienniels’actiu lea j natcordante with fhestretegy established by tlreoountry

coordinator, performs volidalor oftheoollentod data and communmtates with the toordi nailngtea

The lefleerstasloe sdetslsss ldontifyfh000uccnt of Irformonlon in fhecoartry, collects the informational our expert

seruices according to the Sops, aalida tee thatollted data aocondingto lImo csonkflow established by thetountry
toordiranor,publicarasthedataandtommunitateswinhthetoordinatingteam.

0 blelsfgemattdan is required, ableto work *ith large datatela and able to handle differentdata formats related to rare

diseaaes.Wonkirolodes managemertofOrphanetdata,psrfonmingstaostltal analtxxonnart diteseedata.

-

In/lOin-nI ouno mci n.ihmni,ri,,mnf’iO Costa It) TOlls satcoosttroeted

0,00 €

000€

Totot Costa t€Iot)t ion

aa,glfyeattots tee resorttt,gtosgbseetess5t

II nith, r 10, nIna-Os

(C.1)Tras.I Co,tetg) Jtsesltita000te

5 000,000 Three consorlum 2 dat meetings (2015 Luoemboong, 2016 tdifbongh, 2017 Petit)

2 090,000 two 2-day WP 4 training (Paris)

0,00 €

0,00 €

I C.2) Eqraipsnetst Cosse let Jassiftaasloss

0,000 N/A

yeS Osttergawds andSoOlOs tue*a)€) ltaseffflOtloe

0,00 €

0,00 €

0,000

noeco,5st0toa(Ct , Ii-,

(0) tothness 000e(Ma7%atsls,Gastdt) 137109€

1wta,50tta5ed etlgibte estee 20 55e €

Tots eeqta.sted Eceonseibteslest (60%enao eatLWrbl
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HP-JA-20l4 RD-ACTION Proposal number: 677024 • Assoc)eind with document Ret. Arnq(2015)3186279 - 29107/2015

Applicant Number 21

Short Name LUMC

)l Oi’nnn nnrvenncl vent, /vl ceng PubIc Pertain (position) natal Peesosn-Manth Custsff) aNAl
mF€iuiuls( I. Carher-de Leesaw van wonton- 21 12416300€

tenearcher
P. van Ovenveld - Ann. Pnnfessnn 2 1664626€

iedjnal writer 14 3217467€
000’

0,00 €

onE €
000€

0,00€

TotalCnsts(C(ot(Al

hastdtsaiion
Peteacan Oneenetd will be in nhatgeafrhntallnwingtasks in wP4:

Ia ly coordination at 40 ACTION pnnjent tan Natlnnal noardinatar Prat. van Ommen;
- Daily supotnisar at intarman an snienhst Judith caner;
- Paint at nnnranttae Netherlands Fedseanan at camomile Mndinal Centmen (Nedenlandse Fed oratecan Oninemsitni

Medinnhe Csnrra, NOn) representing the night asaperanng Eninonsito Medinal centret in the Netherlands NEC has been

nnmmtss lonod by the Mitinrry to designate the nasianally renogetand osport totters in the Netherlands, tagother with

Orphanet NL and nbc north ennotin blliannoqSer The tirst list at nentren has been setontod and is nnpnnted ta be

published bn the end attune. Orphanst-NL will maintain thosnurnn database attN etc nentees;
- Paint at nantans tat ashen arganinan ant war king an rant diveases in she Netherlands, like the tutnh etnenn alliance

ClIP, Natianal Institute far Publin htealth and the Enotron meet (nlvM) and Ettanetsrcin;

Caardinanon at legal andh naenia I donumeots required ton the pnaiens;
bItt sing snietti tin repants;

- Astonding noetstonno nails and annual meetings nrgantned by the erphanst management team and by Dutch

anganieations inoalnod in rant diseases;
Enter intormatine insa the erphaeet darakaseionlaseanllabara€ae with the tntarrranae sniantist

- ValidaNan at database intnrmatian added by the letarmahen sniennst.
- Faint at contact tot all Dutnh parses n the Netherlands that wenk an nadieg and rtgistratl at at rare distases, like

Netherlands FedeeeEaa at Etiaersisy Modinal centres (Nsdsttandss Federanenan Eoiaernitni r Meditche centra, SF6) etd

Naoaeal Institute tar Publit aealth and the Ennirnement (41CM) (tat bIOS)
audab Casilet — do Leasaw nan Weonen intarmanan snientiss erphanet siecn 2011 will bait charge at the idenNtmnabae at

she saunnes at intarmahee in thscauntry, nallmnun at the intarmatian aboat momtstrvines stantding to the SOPs,

natidatiat at the nsllmted data, publinatian nfths data and nammunina tint with the snnrdinatirg team.

Ta distnibutn the senyclayaedia antin tim antnss eat anal Orphanes neamt the ctphanss management team has yrapasod

Orphatet NLra sectors a medloal we tee in charge at wninng detinit ant ends hart summatins tnt the etyhanes

ennyslep aedia in English. be/she will rename a mennh y list at diseases tram the Orphanet editorial manager, thenk the

recant Ii tstatureand enter detininens end shast ebstnants in the database. TIne modinal writer wI be epyninted by

eryhaeet-NL I nnlnse nansuita tint wish its partner Ertaneetrum, wh EN is already using the erphanse team tnr their

Anacin meet spnnsated aebnine an horaditany diseases www sttelijkhoid ci.anen
(hi O’Fuut yvenno), F,ur n.vctnty Costs (C) nasbasabsaaetrasted

000€

0,00 €

Total Caste (C) al(P) on’,’.

Isastifloasloas tot resettIng sosssboonteasttisg

(TI O’nni d:ine von

(C1)Teansl Costa (4) Jasotloasigo

0.00€ Tnausl case will Na paid tram nnher budgets

0,00 €

0,00 €

0,004

(Cl) Eqalpenesse Costs (C) Nasattlinatlass

000€

000€

(CS) Gaiter goads and sessions Costs (53 lsasttttsaslao

0,00 €

0,00 €

000€

TatalCosts(53at(C( I ,i ‘0

(0) bsdteent Casts (Mae. 7% on A, C end C) iN 611,504

Total essieesased eligible seats 235 ldd,45 €

osal enqoostod EC sosetribsation tsS%seas
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HP-iA -2014 RD-ACTION Proposal number: 677024 Associated with document ReF Ares/2015)3186279 29/07/2015

Appikant Number 24

short Name IPCZD
a—

101 AiroO lliidiiitPiihiiu Pnraeeslpabe) tetdr.eaeeMeeafc Cona(€(ef(A(

niciaol Cessetry €eaed8easae (Malgortata 3,2 13840.00€

tna)owssa-Walaseh)

Praj.wmaesau.rlerysntna 2.5 10250.00€

Chitaroracka)

marw.tlmSd.esSt)Docora 28 43400.30€

Kar:ornanecsecoardpaeaohs robe

nmncdted)
amianion (pencorro ro be necroi’ed) 18 36 000 UP’

000’
0001

0,00

Teed €oata tOt 88(8’ i/O .5355

ttastOaatleo

Theccllechononeeposrswaloes tnpwrcentere, medic ‘labor rories,paheet cOg nisatrors,oliri cal trial ,nwnaioh

projenre, p Cml or murahoc r%istriw will beperlormed by irfcnirc nlonsolenoste Ibusill identity sped Servos

rdearednorate 410 aaalrPol rd,o ott otthepnotessior landiroitehim/hettonegiateethe.ta000itismnonpharet

Oh lob dararsneleoartaddthecubrrrirreddaranonhedarab 13 currrocoordir noeswill peal uate ndo lidate

whether nheoobmiesd d ta omplo cert rhelrphaneterandards

Pro lessors Malgorsata Kr ewska wal sekardorosryna chroannweka hauralr adysuocesstullocollasoratedss

oocdin rots irnhetcnmeeidproinns Oa Courrtycoordinators nhepwill rotonly coal care rdoa lidarewhethetnhe

submitted dan comply with nheenphanescnand cdt bun In ddition rhey will be twporsibietot the mairrecanne,

updahngardmp necnotrhenene disee we 36 soirPolard, swell ascoopeeahotwithp nientsardPtlishMb

nnprwenr sos Theaim utthe a000e-meeriored choiCes is to reflect hoaltho r n rhweos ot

level ndno dissemit r i totmation 0 our the import roe or Orpha net data base among ph ye ci neand paheets

Tn nel hors The person/pets ons could benwpotsibleton th etc rslarlon component ttnh prolect among oohers Ion nbc

netul an upd Os cfrhe PD omwnolarureand lssihcah on and translation otthenewyDdetin dons, thelndwarlon and

nnonahon of PD, erpandirg and icpdenirgnhoen y lopetia or po, rheupdane oteoiatitgabsrn cwardnherrarslatior

neworw ndctheerswlyptodccoedrwrualintotmatiortoneachpo,ect

Themostimpont rraonloitootrnarslarons will 0 ccci redwrhl urthingthelrphanwlnteenatioralwehsineit

Polish,baawenheiraricialaupporttfoui Mit rnroofywlnhwlll hem Icly lie atedrothic im ltwcll bensescaryno

omplere lichel aericpdarw to picerhert nela hens inrhepnoduchonphasei e the ha ci nicrctthehPorwnis andnoe

medical ccnteetwhieh are now beng updated

.n.noi,,ihncin

0,30 €

Toaat€aasaft(et(lJ ‘-len *

anesgise#e eaaaesasgse nbesssaawbe

(€,1)TSaaat Csssa(€( IJo_Htaoess
280000€ Thee i onoorniem2-dar nwwingc (2015 Lueemhourg, 2156 tditcu.gh. 2013 Panic)

173000 €°wo 2-oat wPan.aicog (Panic)

3.00 K

(C,dtPnsIewees Csasa(O( NesOaasisw

0.10€

0_los

(Ca) oslsae m.dsrdnesbes €eas (4) gawetsaslue

0.00€

000€

Tesatcaaaa(g(et(€(

(D( Ieete.ae Sean (P.Nb ?%as A, needs) a 399.308

Taoa3asakeeas.dattgMesmsa 119789,309

[9ieaqsaaesad a wwsetbass(ae (60%waa
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HF-JA-2014 RD-ACTION Proposal number: 677024 • Associajad with doctimont Rol Art’s(201b)3186279 - 29lOT/2015

[iicaiat Number 25
Sheet Name OGS

‘:ott it ,u(’ncdi-’n ‘ci P00500.(,agattan) TosaE Par,ae-Massah Costs (C) of (A)
cOca, rechorofrheQuaIitnDWarnmonf(u ADmit) 1.13 fsn,rh

‘Thief technical officer (asnabeja Coolho) ‘4 5 827,015
‘nfornratirr scienbOt 38 43 250228

0,00 €

0,008
005.1 Coo.. (C) etA’ 70 7.1 lS

ltottfiosaloro
it Diola is the p’olett leada and the soratogit Coordinator: me roletsrll be: thegovennanceotthe poect at natioeal level, including
Iiaisonaothleanredtoc.enies,flealthaatho”iecandpaterrtorganisatoos ne,ponaiblef000araqualiryonanagementparocipaboninthe
Orphanet management board
A. Coetho is threancutive leadet and will operalionalioe the attioices of thojbin Portugal.
InformatIon adentbt tell Identity Ifl000urtet of information in OreCountny, Collect the information about eoport oeralCes a040rding to the
SOPs, validate the collected data, publish the data and oommun,cahon with the 000rdinatingream.

lCi:cC, cmv ,mt tom” n-mind

To.tatcags(C)ssf(A)

JiotltfcsIon for resoettttgto sab500tra051ei

It) nIne’ rimmThtI.Cut,

(C,1)TtawI Costs (C) tw,tiItaaskao

3 287.00 C 3 Conuonfm,mmnm 2 day nmee8rgs (2015 LmoarnbourC 0016 Edinburgh, 2017 PariS
0 735,00 C note? dan WP 4 Tra,n,ng IPanisl

0.00€

0,005
(Cl) Eqalporsest Costs (C) ItateffejaCet,

0,00 C
(C.3)Otftsngaodoattdaats0050 Costta(€( 1.asslftsttlgtt

0,008
rThlcmss(s(of(c(

(D)fodIeeesCost,fMor 7%andBaedC) 4143.75€
000.1 estmmatad engibi. east. 53 340,20 C
moat reqeassand CC casttrlbatloss (58% noon l.t1m2(g4
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HP-JA-2014 RD-ACTION Proposal number. 677024 • Avsoc,,ijd Alt)’ jlocijrt’j nt Re) Arc’s(2015)3186279
- 29,O7’2O1

4ppHcant Number 27
Short Name CUMS

Ii 4 act p ‘,v’stc Persons (positIon) Total Person-Month Costs (C) of)A)
liii ‘I ig Pcibli vlSi al ( Country Coordinator (Icocdcs) 13 1591092

lnforn,ation Scientist (Nagyovd) 13 806667
Project Manager (Hlavatd) 13 866667

medical writer 18 34308

0,00 €

0.00€

0,004

0,00 €

Total Costs (C) 08(A) 51 illS 254

Jasstlffsotlnat

The members of8reillovah Orphatt l’eOnt arm Ldsald Roodno, MD, DoSe, MPH, Professor of Pediatrics a—md Charman —

leadieg pediatrician and clinical gooohcist with uoiversmty degree of Doctor ofScionce and more than 30 yoars of
professional otporroncoineva luation and treatment of patierta with rare di asesos The rolewill be’ Governance ofthe
projoctat national lecef, including liaison with learnoil societies, health authorities and patieot organisations.
Responsible for data quality management Participation in theOrphanet management board
Gabriela Nagyooa, MD, Information Scientist She is in trainin gas olinical geneticist and is a PhD student in thin field. Tho
rolewill be; ldeetihcation ofthe sources of information in thecountry, collection oftheinformation about capers services
accordiegto theSOPs, validation of the collected data, publication ofthe data and communication with the coordinating

Aena Hlavatit, MD, PhD., Projtst Manager —eoperlencnd pediatrician with a PhD degreeworbing more than 20 years in the
Hold of rare diaseases.
Prof Coudco and Dr. Hiavatti aro members oftho Rare Diseases Working Group ofthe Ministry of Health ofthe Slouak
Republic. All three team member arearoinuolvod in scientiRc, technical and managerial implementation ofthe action in
Slovabia from 2010.
MedIal writer produce and update RD abstractn according to a well established procedure including peer reulew from
eoperts, coordinated at central level

.

)‘i ‘
‘ cm f c- Co,05(C) iTaskosuboontrosted

i..i,’,ictiu

0.00€

Total Costs(C)of(H)

Jastifloatfon foe resoetlng to .uabteattenotfetg

)i StInt .lt, ‘c ,.oItv

(C1)Touel C tn(C) 3 stlfbafe

6700.00€ Threeconsortium 2-day ecootings (2015 luonmbourg, 2016 Edinburgh, 2017 Paris)

3 600,000 Two 2-day WP 4 Training (Paris)

0.00€

000€

(C.2) Eqidpm eat Cost (C) instiflootl

4.00€

0,00 €

(C3) Othee goods and sorofros Costs (C) itastlfbation

0,00 €

0.00€

0.00€

-

• (0) fndfrcet Costs (Moo. 7% on 3 208]

l’ot.b estimated efigible nat.ts 81 13225€

Total requested EC
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HP-iA-2014 RD-ACTION Proposal number: 677024 Assoc)akod with documyint Root. Arey(201 5)3186279 - 29)0712015

°Aj€93 Naambstr 29
Short Nor,,. CIBER

i vi tic’ iio’u’inr Ii,’ 0, •.evo(AnTstposaentah Costs (C(3ft
oH, 2 , Onn,,rrrentalitt 1 ME Mates) 36 36 865,64

“rolect Manage, 1(0 Cortochano) 7,2 23446,304
‘rolectM nagetz(BGerrrez) 3,6 10 612,12’
‘Occult, ntalitt2 On be hued) 36 66247,56’
553iltant ICC BORER Soiethtic Direction (I Verde,)

Casts (C) af(A) C: °‘

IutaINsasta.s

Thetaskst004developedcn300amentsthtl{ME hqateo)atd0001m.MalstZ’tobehtreduet,olacernnen,ofM&ls)arealleno,et,latedto
gainS Conunt”n to OrphanS Spain atlanta 1 Updatirg tee Orphan,, database related technical aid tcientrhc actuoty on RD by
detctyng/tracka’rg signitic nnsources of intor’nanorn nd det,cc,rg/toeotng/asssnungtheacnrorla taking p1 ce,2 Tr nO ui3 the cnttantt

otdceotphanatsite 3 ccsserr.natrg dgi tgcisibulirc’etheotpt’atetdstabase ndnoresoutcs,rnanagtrgsndaditirgrt’eOrpha Spat
tine or ontcisoyr’g’o Oroflanrass Lope
V Cottothanohas beenntneptojastMane,torOtphanetSp noirce 2010 SheOupenvise,andpnoaideosupporttcthedccunnontalict,snd I

inchange of tasks u ra, planning, organ sing. and controlling resour soloheteam in order to coO sue pecitic goals or solve daily problems
In addition to ins contribut Otto WP4, CIB00 will sn pannier patern WP6 developing tasks n,katod to it, particip Son in the EUCERD Joint Ootion
cshttn CIBER led a WP on irrrprovrng access to higher-Oval On he lthcacW The p s where ClonE ha, proposed thenoord ratons to participate
an, Centres of Eope,tr,e end healthcan p thways rd Genetic testIng, Neon Generation Sequenoingand Gsnenr Ceunssli 3 Gomez tall bethe
pro.stmanagst2inchangeofma,r gingthe tsks oligredtoClltftirthispantofthepno1ecs
I Mends Assistant raINs ClateEtra Sceesoflo Dinactran, wrIl pnooid, support to On F Palau country nnondinator toi Orpharet Se I
2010. during tha dnsnlnprrentof the pnolect

“r’ scorn,, in ‘ri-c 0405(4) Tssksssibssin5east

00001
000 €i

Tsnd000stC)wf(C) ii 0

Icsstgtsatfsas foe nn,oethnggesoabsooteasttn,g

ihi’i oiiincli’o to

Costa (4) laatlflsasis,,

3000,004Thn,nnonnontunr Odoyrrrnntingc)lolSLuosmbuung.lOlOEdinbu gh 2017P rio)
100000€ Two 2-day Wp4jraini g{Paninl

0.00€

0,000
i_ast.rsi 0405(0) lasittftectoass

o.oo€!

[__ 3.000

(0.3) Oftnen g,,ods aedseselsas Costs (C) (vstiBsssfen

0,000!

- 0,00 €1
nay

3 atCoss (((ottO)

(0) Instseatoats (Ma 7%as, A, OarsdC) 14412,650!
is d 11(0615 tasta

)Iosaiestsagwad EC 40t5465410a, (5O%e,
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HP-JA -2014 RD-ACTION Proposal number: 677024 • Associated with document Ret. Aros(2015)3186279 - 2907/2015

Number 11
IshwrtNaane SNOW

c?iccir1,9i.Ot

___

We lnadee/Polioa Lead (K. KoeKKo( 2 28 619,34 K
WOK Projesn Mere8,, (9./yer( 1 ] 6747,904

Wee
We Leaden/Policy Lead (K. KoeKby( 1 10 02K,K7 K
Senor PolIo0 Keraarch (900eIaia( 9 39997,05K
WPK Projeer Macages (Scyrr( 8 99980,01K
fhemaho Coocdieator (0 Hedlee( 12 9K 120,92K

KeiorPoicoRsearoheeloutalaial 2 09 994,841
wro Projere ManagerS. Ker( 2 19 499,00 K

WIg

WP Leader/Polio7Lead (K. esenbo( 7,19 100292,701
WPK Projeet Macaces (9.dyre( 10,2 92919,91K
LeslIe Policy researcher/A Aeelaia( 11,7 110 190,99 K
‘9KMaKK Cocryirafor (V.Hedley( 17 71701,99K
Senor Polio0 feeaarohen (7. roaegeiiela( 23,2 190 270,741
OrojeoeOoeieeare 99 127909 49K
OieartialoLpperr 1.49 992029K
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wralleelbe

tordeliewyofKighqoaliroWreorpLrlardrepeldirelflotethehceedtKe006ro rre2ewMaeeeeill faLedafte.danrwplolllilleyfontheWr
ardiw eterantior wirr other Wee (Ic paoicolar
WP9(. feaorll eceorelioKer ocrrrnioribatioe winK tKeratioral otplaeer traces and ie reereeniblefOr cepotfirg Hell ales deeplo 19001214 Fr the
lenegrahor work. The Ptojere Marager will ooeneeetfeooher rrerrrbeee ofthe 09KW folirydrLelreMwefeacr ir rhegererauor ofthe Kep009KoOe of
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HP-JA -2014 RD-ACTION Proposal number: 677024 • Assoch Led with document Re). Arns{2015)3186279 29/0712015

Applicant Number
ShortName UKPHE

ylrpo1w0)rid, nlirgPriknir

thrralo Information Oolerrtist/ Project lead 36 162 429,00 €

1510 Grade)

country Coordinator (Grade 6 0.05 1,8 14 070,00 €

WTE)

0,000

0,00 €
0,20 €

0,000
0,000

Total Costs (C) of (6’ 174 4951 Si

1oUfiaotloo
Posts arerequired to: Identify the sources of information in the 1)6 3RPM arc needed for the information scientistand

this was tabulated based on the size of the country population as an indicator of the foreseen amount of e.opert resources

to be collected)
Cassetry zooedioatoe ref.: Gouernanoe ofttre prolecs as national lenel, intl uding liaison with learned societies, health

autnOnitiet and patiens organisations. Responsible for data quality maragerrient.Partioipation in tIne Orptrenet

managornent board.

0,foe,e.tfees sdoetbt raf.1

-collect the information about expersoerters, diagnostic tests, patient organisenlons, tunnel trials,

patient registries, mutation registnles/blobanks, research projects/platforms. According to the Orphanet Standard

OperasingProoedureo Sops and usingthebackofficeoftheoniineregistration tool

-Validatethycolleoted date

- Publish the valideted data in Orphanee ether using the editing tool )MAJOO)

ii, 0’rr,t ot, nm ‘It ,,n,r,rwn ‘r coats (C) Tashasobsosetrasted

0,00 €

0,00 €

roseicasssto(of(B) liii,

Jootlflcotloss far egsoetbngtw aszbooeteectbsg

,,

Cl) Team) COsts)g) Acotifi501lon

1920,00 € Three consortium 2-day meetings (2015 Li,tembOurg, 2016 Edinburgh, 2017 Paris)

15100,00 € Two 2-day WP 4 Treining)Panis)

0.00€

0,00 €

C,2( Eqzalpsss.est COst (C) Jsaotsfie.tso

8227,000 10% fon new officetetuc within POE includes deSk, cymputerond other office

equOment
0,00 €

otb.e good, and s.,o,oas Costa (C) isastiflboCioas

0.00€

0,00 €

0.00€

r Ia) C t (0) 1(c) 12 5 II

0) 0.46.55 Coot, (Mn.. 7% on A. B sod C) 13 199,620

ret ati .gi,ttatnd efigral. .oOSt 201165,620

at.le.qsa.stad ECzo.tteraolloe (68% seas

Total P.rsan-Month 0,.e. 515 .4 505
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HP-JA-2014 RD-ACTION Proposal number: 677024 • Ass ciaied with document Ret, Aros(2015)31$6279 29/07/2015

AppIcant Numbor 33
Short Name DOS FR

-
ySi SinS yeosseno.i 0005 l doS’og 0oibiin Pereons(potiee.) Total Petton-Mooth Cost. (C) of)A)tiSaSi Projenoetoragor 3 1200000€

000€

0.00

0.00€

000€

000€

0,00 €

0.00€

TtolCet (C) f(4 0cl
1505 fleatloet
The task of 0G5 in rho IA will be fully ittegrated it the follow up by the projest mataget of the Frenoh National Plan for
Rareokseasns So, the DOS does notosk for funding; from thejAfo. this activiry. Thetotal duration ofthework is

- estimated at three months at least ot the total duratiot of thetA

f4U t i h t uo.ng Coot (C) osbo boo t so of
0.00€

0,00 €
TotolCeott(f)ol(0( liiiT

eotlffeatiee for emontfng to oobeoeotes’ng

-

l___
(C.lJThanel Coot. (C) IJstlfiootlon

1 600,00 flmt00000sott.u’m2-dop rt,006irgs (2015 Luenn05ourg, 2016 Edinburgh, 2017 Porisl
0,004
0,00 ‘j
0,00 €

(Cl) Eq lpmaeot CotS, (C) ji otf6totfoon
ooL____________
0,00 €I

(C.3) Other geodo 50rd e.rskeo Coot, (C) %otlffootloet
0.00€
0.00€
0.00€ri 504 COot (C(of(C)

—
(O)hedboStCooto(M.7%onA,Boetd( 95250€
Total e,tlntotnd ligibl. eotSo 14 552,00 C
retool eeqtaested ECsoo.eeibotien (60% moo rffii,.,S.nr n0rrd0.iont nil’ooerS ire,’ ,r,un,:ti’ neon Ai,v ,rS 0,007.0 OSooiio,’]
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l-IP-JA-2014 RD-ACTION Proposal number: 677024 • Associated with document Rn) Ares01 5)3186279 - 29)07/2015

Applicant Number 34

Short Name 55

jot cono cartoon onft jiiruludiug Pu lit Persons (posAbe) — total Person-Month Costs (t)eR(A(

ufticiyiuj ‘Somenics TARUSCIO, Prtfesscr 1 3 449,92 €

claudic FRANK, Senior Researcher & 4100910€

ta FERREW, Researcher 5.2 23061,12 C

Marco SAi,yATOP€, Researcher 6 23 256,SR €

Stefaco DIPMOZ, ddrcicistratioe staff 6 25 410,00 €

o be identified, Researcher 11,8 49 765,000

0,00 K

0,00 €

7etafCests(t(ef)Af In? 951 40.

atastletatfse

In theR0-Achsr, OseeetrlsattattstCto will 000rdinatearrd oriamtrhe I5S team activities.

Claudia ROAN Kwilif contribute or the health systems features, with special attention to access to care. He will be a

coordinator of the Workirg geoups or specific top cs such as precertlan, diagnosis, treatment of ROt, to prsuide Eciderce

Based ard useful Recommerdati ens it order to reduce health inequali ties and promote measures for sustainsblli of

Na9onal strategies on ROs. Re will also rortribute to dcl Iterature recimo, consensus buildlrg ted productior of policy

briefs and he will carry ouc in collaborator with fBI research er an era lysis of the f’ealth situation.

sits rtsstiti will cortribute on the health systems sustains bility. equity and resilience as well stat the disseminatioc

actisihes in wP2. Shewili be thecoordinator ofthoekinggrtups with representatues Hum €0 Member Sra tes no share

ard better define the scope and the obiects of study. She will carte ou in collaboration with fBi researcher an analysis of

the poiitcai sitceyon, and will contribute to produce final reporter hesith systems resilience for ROt.

Mares SALPATORE will contribute on the health information systems, inciudirg registries. He will carry out, in

coitaburston wIth no researcher, an analysis ofepideesotogical data yr ROt jstartlngfromthoeaisyngsuurcm e.g

Orphanet, Registries, arc) He will be the coordinator of a Curtpeae remote jcoesisting of partrms tom EU mettber

Stems) to reduce health inequalities and to promote rrressures for susteira bility of National stratepies for ROt. He will

also contribute fade ii terature reulew, consensus buSdirg cr4 producfion of policy briefs.

Nesfsss PIKMOZ will contributhot the admiristraoueissues.

Therasese will coemibute on the ilferatu re reulew and the networking concernit a the” sustains bie health systems for

rare diseases’ task, as well as on the dissemlcston actuates in thP2. He will be rnrpcosibie for scientit csecretary of

the Pralest warssheps, He vail carry our, in ccii aboraton with C Frank, M. Saicaftreatd 9. Ferrd ii, arena insis of the

costest in which the contemporary health osresyntems of the different €14 Member States steunfoidirg, thraugh: analysis

afepidemioicgicai date an yes jsrarctgftem thesaisyrgsources e.g. Orphanet, registries, etc.), analysis ofthe political

situacan, analysis o9 she health situation. yewilif support other colleagues in she matagemeet cf the acSuities of the

work an cups end will produce the final report afthe project

-e
ii, ‘iincr,iict ,f iii ii, Or Ocr €wsss(€f Pssthosn5es0ed

0,00 €j
0.QQ_______________

nssslCosss(K(oy(0( i,iI

‘usfifftsslee fee eassetise to sabsessteet’esg

r

(C,1(Teares( Caste (K) tass(ftestfoss

4 47y,01 € Threecorsertum 2-dap meehrgs j201S Lueembourg 2016 Edinburgh, 2017 Paris)

0,00 K

0,00 K

0.00€

(Cl) Eqsdpesere COAs (K( ba5ifloes

0,00 K

4,000

(€3) Otfsse goods end seesfese Costa (C) leasiOass(on

14 003,00 K Trecef mpensens fcr 26 parhciparts from Member Stares to the 1” Waeksftep

ca 000,00 K Treuef espensers for 28 participant from Member States to the 2” Weekebog

14000,00 f’’reud eapensens for 20 partni part from Member States ro the Rieia Caefaeess.

“atiacoass K)oO(C( 51447.141

—

‘0) ysdirass Costs (Mu. 7%ae A, 5 ned C) 15 aPR,as K

Tote! ssslssat d Agthlssoses 229430,01K

read eneafl.d RCuesethsoiass (sO%asn ‘IrOiltltFI imii :‘,‘r etcaed u,mci.mr oi:,’c, ‘cv tire .ieiiir.ste cuter viot wiry O:oeeruiiucct:c.oj
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HP-JA -2014 RD-ACTION Proposal number: 677024 Associx/ed witS document Ref. Ares(2015)3186279 - 29/07/2015

11. PREVIOUS AND CURRENT GRANTS RELEVANT TO THE PROGRAMME
Orphanet Europe Joint action 20102206

Eucerd Joint action 20112201

12. CURRENT APPLICATIONS RELEVANT TO THE PROGRAMME
The coordinator has no other current applications relevant to the Third EU Health Programme.

13. EXCEPTIONAL UTILITY

Not applicable.

14. COLLABORATING STAKEHOLDERS

Institution Contact person Country

Austrian Health Institute (GOG ) Joy Ladurner Austria

Ministry of Health Victor Atanasov Bulgaria
Medical University Sofia Aleksey Alekseev Bulgaria

Croatian institute of Public Health (HZJZ) Tomislav Benjak Croatia

Ministry of Health (M0H C’f) Violetta Christophidou-Anastasiadou Cyprus
Robert Koch Institut (RKI) Anton Aebischer Germany

Universitatsklinikum Frankfurt (UKF) Thomas OF Wagner Germany

Fehlbildungsmonitoring Sachsen-Anhalt an der
Medizinischen Fakultät der Otto-von Guericke- Med. Ante Rissmann Germany
Universität Magdeburg

Institute for Research of Regulatory policies (INERP) Panagiotis Karkatsoulis Greece

PTE (Pécsi Tudomänyegyetem) Melegh Bela Hungary

Landspitali University Hospital Ragnar Ragnar Bjarnason & Olafur Baldursson Iceland

Directorate of Health (Ministry of Health> Yolande Wagener Luxembourg
Ministry for Energy and Health (MEH) Neville Calleja Malta

Poznan University of Medical Sciences Jacek Wysocki&Anna Latos-Bielenska Poland

Instituto de Salud Carlos III Manuel Posada De La Paz Spain

Fundacidn para Ia lnvestigaciOn Sanitaria y
Biomédica de a Comunidad Valenciana (FISABIO- Oscar Zurriaga Llorens Spain
Salud P0blica)

Center of medical genetics and primary health Hovhannesyan Kristine Armenia

Office population Health Genomics, dept oh Health
V

Gvmt of WA Hugh dawkins Australta

Garvan Institute of Medical Research Tudor Groza Australia

University hospital of Aarhus Ostergard John Denmark

Foundation for Genetic and Rare Diseases (GeRaD) Tamari rukhadze Georgia
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HP-JA-2014 RD-ACTION Proposal number: 677024 Associated with document Ret Ares(2015)318R279
- 25107/2015

Institute for Rare Diseases, Institute of Medical

Genetics annick Rotschild Israel

The Chaim Sheba Medical center

Institut national d’hygiene, dpt of medical genetics Sefiani Abdelaziz Morocco

Mc Gill University Paul Lasko Québec/Canada

Belgrade University Dragica Radojkovic Serbia

CMI.) Institute of Medical Genetic DAmato Sizonenko Loredana Switzerland

Service de Cytogenetique et de Biologie de Ia
Dorra HMida Tunisia

Reproduction, CHU Farhat HACHED Sousse

University of Istanbul Ozbeck Ugur Turkey

Institute of Health Information and Statistics of the
MirosIavZvolsk, M.D. Czech Republic

Czech Republic
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677024 RD-ACTION 11PJA2014

Assooatea with document Ret. Aros(2015)3186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

MEDIZINISCHE UNIVERSITAET WIEN (MtJW). established in SPITALGASSE 23, WIEN
1090, Austria, ATU57469858. (‘the beneficiary’), represented for the purpose of signing this Accession
Form by the undersigned.

hereby agrees

to become beneficiary (‘2’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, health. Agriculture and Food F.recutive Agency (CH1FE4) (‘the
-1gency. under the power delegated by the European Commission (‘the Con,mission2,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, In formation and
Data for Rare Diseases (RD-ACTION)’.

and mandates

tile coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

F6EDL ,:tb EcAS d ‘fr .gfled ., tr P-w or,
06.08r201 Sot 09 39 02 0’ r,r,oot.or, d S old 5’’S
‘.‘Klb’oeyMJTOezrrr6ZWaGZIYX zNVCU50003r,TJWi8U8’borzg2L3FZYEu
i7qo.IN 7zzUtA8X sr,”,RPeyGzo.-PHs UMVSXYCH3xcLZM8LJrW
rP’ooRo’XPoUoT7erVyP04J’tf2o99UdgoCGpS9t Toesto’,rp oy
Or ‘9 ooly dl
TOo Arg 06 0 3908 CEST 0’5

--{ k / 2
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lt.B:L’i 677024 RDAC [ION 11PJA2014

• Associated with document Ref Ares(2015)3186279 - 29/07/2015

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

SERVICE PUBLIC FEDERAL SANTE PUBLIQUE, SECURITE DE LA CHAINE
ALIMENTAIRE ET ENVIRONNEMENT (SPF), N/A, established in SQUARE VICTOR HORTA
40 BUR 1D 1G, BRUSSELS 1060, Belgium, N/A, (the beneficiary’), represented for the purpose of
signing this Accession Form by the undersigned,

to become beneficiary (‘3’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INST1TUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health.Agriculture and Food Execzitive Agency (CHAFEA) (‘the
Agency9. under the power delegated by the European Commission (‘the Conzmission2,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

5 s EEMAN win ECAS d neenonei sgred n ,be PoAownt P0,101 on
0608120’5 ot 09 0747 trosac5on d S,gld 5092
4qZQqf2iCoFtyjO9ErShzzYztctzVA97egBIi3VXOg’ciJ9LzoHoi42GFRbnU
7voAZLo’n9GiFZyUXB4Ozd6GAOG-PHs UMV007CH3xcLZM8U,W-
M3pVJbTf5HBy;rnH3rn7pyUpK8rnSDrEP4FozN4W4Ozy0). T weston,p
by thd oorty 01
IOu Ag Oslo 0751 CEST 2015

)2 / ?(9
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Associated with document Ref. Ares(2015)3186279 - 29/07/2015

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

INSTITUT SCIENTIFIQIJE DE SANTE PUBLIQUE (WIV-ISP). 0254014195. established
in Rue Juliette Wytsman 14, BRUXELLES 1050, Belgium. BE0254014195, (‘the beneficiary’),
represented for the purpose of signing this Accession Form by the undersigned,

to become beneficiary (4’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA REC’HERCHE MEDICALE
(INSERM) and the Consumers, Health. Agriculture and Food Ereczutive Agency (CIJAFEA) (‘the
Agency, tinder the power delegated bt the European Commission (‘the Con,mission2,

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data (hr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Joooo PEETERS wdh ECAS 0 n000joho og000 0 h P 100001 P0001 00
06.0820’5 01091722 ‘iransouton dO gid 5’Ol-
rUZ2WhURrOK6lyGAx RwyDCzJo0wOXTW2bQMoirr0XsYOFzzobh8IP4
V2NoOs5YhYHwxTzLo7DdSnrKPnLqWrn-PHoUM I5XYCH3xcLZM8UW-
soj3ZochGYnoWr2cZa62hazNF8TghnrrMk7izjRZpoi Tonstarno by hod
party at
TOo Aug (6 01726 CEST 2015

,-k / 2u
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677024 RD-ACTION IIP-JA-2014

• Assocated with document Ret. Ares(20153186279 - 29107/2015

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

BULGARIAN ASSOCIATION FOR PROMOTION OF EDUCATION AND SCIENCE

(BAPES) BG16. 115782273, established in BRATYA SVESHTAROVI STR 4, PLOVDIV 4017,
Bulgaria, (‘the beneficiary’), represented for the purpose of signing this Accession Form by the
undersigned,

to become beneficiary (‘5’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE

(1NSERM) and the Consumers, Health. Agriculture and Food Executive Agency (CILIFEA) (‘the

Agency. under the power delegated br the European Commission (‘the Commission.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and

Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant

in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Rumen STEFANOV witS ECAS 4 rtstef,arn sgne4 in tEe Panicpant
Portal an 06)0812015 at 12 1456 i1ransac’ix d Sgid-167-
6 RoerzzgKsrUorbFuNlyBJyzNEQicsZSlP3eeLkoyhSHVsm4ntTFKMS
HY6FbcVJ1O4NCES7V3OHz6CSMaZj5ZA-J171 zoO h8yrmkuWrR3nyLC-
loCRK6hM5eatznzGoy2)ZWOxCaOuVUj7V5arWP5ya IGi Testarup

by hr,d ory at
Sat Aug 08131501 CEST2O’5

)L / Z
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..c .-/‘i 677024 RD-AC [ION }IP—JA-2014
Associated with document Ret. Ares(2015)3186279 29/07/2015

ANNEX3

ACCESSION FORM FOR BENEFICIARIES

HRVATSK1 SAVEZ ZA RIJETKE BOLESTI (HSRB) FIR!, 21002274, established in
Ivanicgradska 38, Zagreb 10000, Croatia, (the beneficiary’), represented for the purpose of signing
this Accession Form by the undersigned,

hereby agrees

to become beneficiary (6’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(I1SERM) and the Consumers, Health. Agriculture and Food &ecutive AgenLy (C’H4FEA,) (‘the
Agency,i, under the power delegated by the European Commission (‘the Commission2,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, information and
Data lhr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

An KLADAR w,tn ECAS 5 n,Iodoon S goes o he Parbo parS PotS oo
0658120’ 5 at 11.21 00 troocacta, d S p5-5248
P7oSXwVR3sFtpY7V’ °sEo7QPR7JVRzZ3VFLnoh7wZoWHzyd2KU21o
WNJY9Ort71yAiyeq5fPoGMXXR4Y-P5UMVSXYCH3oLZM8UW
ro39zUoET7IS21uzx7LVpLXZorzd 1 K4HBrrr A oy) T reotarop by lOrd
party at

ha Aag 06 ‘2 2’05 CEST 20’5

)9D/ 2L
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t 677024 RD-AC liON F1PJA2014
Associated with document Ret. Ares(20153186279 - 29/07/20 15

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

FAKULTNI NEMOCNICE V MOTOLE (NKCVO), 00064203 * established in V UVALU 84,
PRAHA 5 150 06 . Czech Republic, CZ00064203. (‘the beneficiary), represented for the purpose of
signing this Accession Form by the undersigned,

to become beneficiary (7’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health, Agriculture and Food Executive Agency (‘CHAFEA) (‘the
Agency9. under the power delegated by the European Commission (‘the Commission 9.

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out,

SIGNATURE

For the beneficiary

Anna SEDIVA with ECAS d nsedivaa signed in the Participant Portal
on 06106,2015 at 131706 transactionS Sigld-5325-
Swl vpzhkDJcyjlMotlDkhb8wkD4SKrEENAnitqCAB4BRncXl OF\’IIOLCI
4SNogGKjhKow4XdgaaRsUiCnPv6uK-PHSIUMVSXYCH35OLZM8UOW-
qg488y7WrGDsNebrwpOscVVr4v5qXZnFhl BHT9yhBZO) Tmestarnp
by hod party at
The Aug 06141711 CEST 2015

/ 2



677024 RD-AC DON IIP-JA-2014

• Associated with document Ref. Ares(2015)3186279 - 29/07/2015

ANNEX 3

TARTU UL1KOOL (UTARTU), 74001073, established in ULIKOOLI 18, TARTU 50090, Estonia,
EE 100030417, (‘the beneficiary’), represented for the purpose of signing this Accession Form by the
undersigned,

to become beneficiary (‘8’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA REc’HERCHE MEDICALE
(1NSERM) and the Consumers, Health. Agriculture and Food F.recutive Agency (‘C’IL IFEM (‘the
Agency. under the power delegated by the European Commission (‘the Con,nüssion.’,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

1,’’cO KIRM wy ECAS d ‘k rryy’fl fi ,.ed fiRe Pery:ct Pyfla! or,
I r.O8r23r, or 3 555 t:er000l,or, d SgIfl 1
TLSr,000fl1,YLoKL’rTqQrr,w,’<ZPzMJdA!NTbwyZ!SHUZCdOQCzIU
RWoWyLDb!P9b O’OKPVS,rOGfAC!’ RL.r-J?rVr,8yrrrrow,R3mLC-
FFV 5cRrQR flF’bC3z!ZeOALJAly7zQ6d5’flo3W). Tr,este-rp by
5 rd efly a

eAog1 I4I800CEST2O’5

ACCESSION FORM FOR BENEFICIARIES

hereby agrees

/ 2
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(‘77024 RD-ACTION IIP.JA-2014

• Assoclated wilh docurnen R& Ares(2015)3186279 -

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

RINNEKOTI SAATIO (RINNEKOTI) F[I, 02019768. established in RENNEKODINTIE 10,
ESPOO 02980, Finland, FI02019768, (‘the beneficiary’), represented for the purpose of signing this
Accession Form by the undersigned,

to become beneficiary (‘9’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCI-JE MEDICALE

(INSERM) and the Consu,ners, Health, Agriculture and Food Executive - lgency (CIIAI’E-i) (‘the
Agency’,), under the power delegated by the European Con,mission (‘(he Commission 2.

for the action entitled ‘Promoting Implementation of Recommendations on Policy. Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalfany amendments to the Agreement.

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Akil AR’FJLLA 5h ECAS id-a, foak s’:ea a, he PaS-aat Pc,tal 00

CEC8,2012 at 11 26 12 traasachon 1 S.gM-525’-
DaxKGzRCNP”aCZxzNl D-c8ha8Og67pbra5zxnEFzZ8td4hIEa1 alfpaT
qE5bHrYZaSOpH9CoI HoAYw62SEC-PHsIUhIVSXYCH3xoLZM8UaW-

Vk4AxZzV0KYQE993oIM0ojzqFnPEeBd.pY0EIL4l T:a,estaa,p
h ‘1’ ‘1 2arly 01
rho Aa, 06122616 CEST 2015

A’22/ 2LS
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1 677024 RDAC FION I IP-JA-2014

• Associated with document Ref. Ares(2015)3186279 - 29/07/20 15

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

ASSISTAiCE PUBLIQUE - HOPITAUX DE PARIS (APHP), 42132660400012, established in
3 Avenue Victoria, PARIS 75004, France, FR95267500452, (‘the beneficiary’), represented for the
purpose of signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (‘10’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(l1JSERM) and the Consumers. Health. Agriculture and Food Executive Agency (C’HAFEA) (‘ihe
Agency9. under the power delegated 1w the European Commission (‘the Commission 9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

F]orenoe FAVREL-FEUILLADE with ECAS 4 nh,nrtto wgned a the
Parhdpant Portal on 14/08/2015 at 1629.55 (trarraachon 4 Sp[d-2582-
PhyKza8OHA4XQyjAPwHZS5KEnNN1jL8Oo23JKabS[qSzvpSwRzf7Azz
OaOEJ5UVLSVhIPWPAbdZYbfB5IUWCo-J171 zxYb8yrrnkeWnR3zgLC-
3SZdzUSnFqizzrWrth7VCahf3TsKzzTetyh2strVdKlzw). Timestamp by
thod party at
Fo Acg 14173029 COST 2015
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ANNEX 3

ACCESSION FORNI FOR BENEFICIARIES

EURORDIS - EUROPEAN ORGANISATION FOR RARE DISEASES ASSOCIATION

(EURORDIS) FR3, 413459066/129742P, established in RUE DIDOT 96, Paris 75014, France, (the

beneficiary), represented for the purpose of signing this Accession Form by the undersigned,

to become beneficiary ( II’)

hereby agrees

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(1NSERM) and tile Consumers, Health, Agriculture and Food Executive Agency (CIL4FEA) (‘the
Agency9, under the power delegated by the European Commission (‘the Commission9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and

Data for Rare Diseases (RD-ACTION)’.

and niandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant

in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Yarn LA CAM wth ECAS iS nnornyonn tryned othe Parirepant Portal on
06/08:20’ 5 at 15:21 06 (tr0000ctron 8 0 gid 5426-
WzSWmxgAaYORAAT9yXozbOZ6rRsyS88yexNleORf7oMrnVZGqwWib6Xa
RYUc’2zbq8Z8y2PetAwN 1 rrr,0E064XGa PHsIUMVSXYCH3xcLZM8UoW-
nOYPqoUh6ozKl8QJ 1 lzflalC’3x1KaMG0SF8e9NrC4dK) T meotarnrp by
lOrd party at
ThrrAyy6 1621 1ICEST2O15

AgatO

?cx,/ 2L1
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ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

MEDIZINISCI-IE HOCHSCHtJLE 1-IANNOVER (Mill). Not applicable, established in Carl
Neuberg-Strasse 1, HANNOVER 30625, Germany, DEl 15650503, (‘the beneficiary’), represented for
the purpose of signing this Accession Form by the undersigned,

to become beneficiary (‘12’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MED[CALE
(1NSERM) and the Consumet’s, Health, Agriculture and Food &ecutive Agency (CIJAFEA) (‘the
Agency7. under the power delegated by the European Conimission (‘the Commission 9.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

<alan D1NKLA a7ih ECAS d n4,nkika ngned in he Parhcipani Parial an
0708,2015 at 07 5421 t,ansactan a Sgid-5525-
2FzgobELybNnQlJNpAgzpzMlKQ4cPVF1a7v6hy0DEPV85TOsaapelrA
a 1GUPYUn6VO9OaJF/,QlftzFBLrn6im-PHSIUMVSXYCH3,CLZM8UuW-
USRR8qa42YbHiQbWiNwF4ghER63d4Fphnzn2adrnI4dzWi. Tanesiamp
by had party at
Fr Aug 07085426 CEST 2015

2c / 2
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677024 RD-AC flON IIP-JA.2014

• Associated wtth document Ret. ArestOl5)3 186279- 29/07)2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

DEUTSCHES INSTITtT FUR MEDIZINISCHE DOKLJMENTATION UND INFORMATION
(DIMD1) (DIMDI), established in WAISENHAUSGASSE 36-38A. KOLN 50676. Germany,
DE123052538. (‘the beneficiary’). represented for the purpose of signing this Accession Form by the
undersigned,

to become beneficiary (‘13’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
([NSERM) and the Consumers, Health, Agriculture and Fod Esecutive Agency (CHAFEA) (‘the
Agency, under the power delegated by the European Commission (‘the Commission 2

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Weber STEFANIE soilS ECAS 4 rrotefweb signed so the Partscspant
Portal Or 1s08s20t5 am 13’S 35 ‘,as,sact,o, 4 Sigld-1S88-
sPO2TJse6zm5etVCSHO739oMNRVOTLP8w3GIDS8nhWKQ9eEXjINRI
04UEwPzs4IRtsvpO9dqEmB7Ef74rsQa2pJj71zoYb8y,nrkuWnR3zgLC.
7JHshAoAesxe9SlFZlJFaw25PXOLbQrnwczruwJbaIQS) T rnestarnp by
third party at
Wed Asg 12141444 CESt 2015

‘ThoZ/
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ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

ORSZAGOS TISZTIFOORVOSI HIVATAL (OCMO), 329530, established in ALBERT
FLORIAN UT 2-6., BUDAPEST 1097, Hungary, HU15329530, (‘the beneficiary’), represented for
the purpose of signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (‘14’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health. Agriculture and Food Ex-ecutive . Igency (‘cHAFEA) (‘the
Agency9. under the power delegated by the European Commission (‘the Cornmission9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Judo PALLER wOt’ ECAS d npaileju signed in the Par’rcr pact Portal on
1 3!ttSJ2Ol Sat 12.49 35 (transacuon id Sgld2l 24-
L9QNc94nnLddmbHZH3sFQhIFAryTqtYQOoV3OCxrXwqQd1 rRIJssPiD
u’Jyjzn3LUWNorCToW2afljXF6Tze1 zzM-Jj71 znhb8yr’nkrrWcR3zgLC-
YpKXxI TmnUnoYzZwObQ2fCrn8k7NgsZ4nMwPZoeevOSd(
Torrestarnp by hod party at
Thu Aug13 1349 56 CEST 2015

/ 2 c
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ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

SEMMELWEIS EGYETEM (SE) HU13, F162576, established in ULLOI UTCA 26. BUDAPEST
1085, Hungary, HU15329808, (‘the beneficiary’), represented for the purpose of signing this
Accession Form by the undersigned,

to become beneficiary (‘15’)

hereby agrees

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(li’SERM) and the Consumers, Health, Agriculture and Food ETecutive Agency (CfL4 PEA) (‘the
Agency, under the power delegated by the European Commission (‘the Commissions,’.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

GvOrqy BAGDY wdh ECAS d nbagdgyo sgoed in the Participant Portal
or, 02109/2015 at 091209 (transactorr 9 SigId-1421-
zPCzfXbI79Q9zVEPRBPdOgXIIVLotmsRKfFtmtaNOOjOkBRbtl6WEKI
W8u3KkOP3Wi3kMtrr9Fuee3w8qFMqlJl.W1-Jj71zxYb8yrNXOdt,rrHa7Ki-
ZR9OtRUW3NP9QY9P7PBycO4ru8Xk0pK9qHJLk2mLS3o) Timeslamp
by hod parto at
Wed Sep 02101234 CEST 2015

?o /
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677024 RD-ACTION IIP-JA-2014
Associated wdh document Ref. Ares(2015)31 86279- 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

HEALTH SERVICE EXECuTIVE HSE (HSE), established in LIMETREE AVENUE 2ND FLU
OAK HOUSE, NAAS, Ireland, 166093541, (‘the beneficiary’), represented for the purpose ofsigning
this Accession Form by the undersigned,

to become beneficiary (‘16’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health. Agriculture and Food Executive Agency (C’ILdFEA) (‘the
Agency, under the power delegated by the European Conimission (‘the Conimission9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data fbr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary’ accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

DARA PuROOLL with ECAS d npsrcerta spned in the Participant Portal
on 06/08/2015 at 0942.21 (transaction 4 Srgld-5124-
6CsDi8gcOhT37jh6SOVqt4VsdMPjnMrrrAzWTd2etsoSGWLo/VKObdk

bwtpZ5nVqZFfSbtZPRQflUpoxA2bns-PHs/UMVSXYCH3xcLZM8Uuw-
Sh4/zHloayg4OcxlWnrzh5czOlWFdAl9yEbenuQOZKHRWl
Tiroestarrrp by hod part at
ThoAog06104227C ST2018

?c / 2
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ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

OSPEDALE PEDIATRICO BAMBINO GESU (OPBG), -, established in PIAZZA SANT
ONOFRIO 4, ROMA 00165, Italy, VAT exemption, (‘the beneficiary’), represented for the purpose of
signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (‘ 17’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health, Agriculture and Food Executive lgency (CI-LIFEA) (‘the
1gency, under the power delegated b,v the European Commission (‘the Commission2,

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Broco DALLAPIcc0LA with ECAS 4 edalbree iqoed In the Parttrepaot
Portal or, 18/08)2015 at 13 58.06 (transachen id S,g/d-361 1-
0InApeVsgCTnIbKL2oereZZz1St3Ruket4F,iNMsSszzRsrlt33zxzGluMsa
7wzT6hi3EWc8E6jU5u4yMRbYg2Cqm-J17tzaYbrtyrrnkuWnR3zgLC-
zLhjtJ0cYWpJObeaUtThV7fxzzRvJWC0nSghptKO3hce) Ttmestanrp
5t hod party at
Tue Au5 18145838 CEST 2015

2
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677024 RD-ACTION IIP-JA-2014
Associated wh document Ret. Ares(2015)3186279 - 29/07/2015

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

REGIONE DEL VENETO (yR-I IBRD), established in Palazzo Balbi - Dorsoduro 3901, VENEZIA
30123, Italy, lT02392630279, (‘the beneficiary’), represented for the purpose of signing this Accession
Form by the undersigned,

to become beneficiary ( 18’)

hereby agrees

in Grant Agreement No 677024 (ihe Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers. Health. Agriculture and Food Executive Agency (CJL4FE4) (‘the
Agency. under the power delegated by the European Commission (‘the Conimission9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data fhr Rare Diseases (RD-ACTION)’.

and mandates

time coordinator to submit and sign in its name and on its behalfany amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

P4OLA wth ECAS 6 ,o0’c ed 0 te P,lc:o,t P,,6& ‘,
06.3820f 5 t 103’ 07 trnecto,, 6 S.gk15193-
-AvLH6qdj8XB

p0p 4Xz,,gBz,2N,’0lKRf4zE4IS9vz,O8. Ttq59 1,v fl,11
p”ty ,l
Tr Ag 061’ 3 C5ST 23’S

2o ‘ 29
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677024 RD-ACTION -- IIP-JA-2014
Associated with document Ret. Ares(2015)3186279 - 29f07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

SLIMIBU PROFILAKSES UN KONTROLES CENTRS (SPKC), 90009756700, established in

Duntes 22, Riga LV 1005, Latvia. 90009756700, (‘the beneficiary’), represented for the purpose of

signing this Accession Form by the undersigned,

to become beneficiary (19’)

hereby agrees

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA REC’HERCHE MEDICALE

(INSERM) and the Consumers. Health, Agriculture and Food Executive Agency (CIJAFEA,) (‘the

Agency 9. under the power delegated by the European Commission (‘the Conimission9.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and

Data fbr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant

in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

nga SMATE wdh ECAS /d nsnatesi s/gned /n the Partic/pent Portal on
07100/2015 at 091708 transaction id Sigld-5564-
1 lF5NzsiEtoKv58xltcRCmlsrttpo8hYPiN3ofVGNo8oF7NNuEbuuzi
1IRpZFiM9ILO2iRNpKA6V400rbUNFO-PH5IUMVSXYCH30cLZM8UUW-
7r4Q1 AyzhOA8HS7VKPBzX,Kdkhdl M8G8Aqzdzo,pPcwLW).
Tirrrestamp by tonS party at
Frr Aug 071017 IS CEST 2015

cQ72,/ 2c&9
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677024 RD-AC [ION ITP-JA-2014

Assooated w0h document Ref. Ares(2015)3186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

VIESOJI ISTAIGA VILNIAUS UNIVERSITETO LIGONINES SANTARISKIU KLINIKOS
(VULSK) LT3, 124364561, established in SANTARISKIU G 2, VILNIUS 08661, Lithuania,
LT243645610. (‘the beneficiary’), represented for the purpose of signing this Accession Form by the
undersigned,

hereby agrees

to become beneficiary (‘20’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(1NSERM) and the Consumers, Health.Agriculture and Food Executive Agency (cit IFEA) (‘the
Agency), under the power delegated lv the European Commission (‘the Con,,nission,’,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’,

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Elerta JUREVI/EN wtth ECAS d ryrevel signed or the Partrcrpant Portal
on /300/20th at tO 2948 (trartsactron 4 SigldJOt5-
nel2MeFwFFenoLtPSBGSUTofplh4HUWDeEal3tLsTthW3jUcWEXQlzx
b5Qoop zoIZZt NowfzZeJG 1 79yheHz/3.Jj7 1 zxYb88rokaWrtR3zgLC-
trqlbHPVaFHKTQPVEPPozzttnYrt5GhGwrPZdrlrtK0kGZXrtr)
Tirrrestarrrp by thrrd patty at
TttArrg13tt 3007CEST2O15

?c/
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ACADEMISCH ZIEKENHUIS LEIDEN (LUMC), 27366422. established in ALBINUSDREEF
2, LEIDEN 2333 ZA, Netherlands, NLOO3 566213801, (‘the beneficiary’), represented for the purpose
of signing this Accession Form by the undersigned,

to become beneficiary (‘21’)

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE FT DE LA REC’HERCHE MEDICALE
(INSERM) and the Consumers, Health.. Igriculture and Food Executive Igency (CIL4FEA) (‘the
Agencj4i. under the power delegated by the European Commission (‘the Conimission.i,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Gu0oroe DE SLECOURT with ECAS 8 ohieeogo signed ir, the
Pir,ponl Portal or, 770812015 03120325 (tronsoehon 8 S,gld-3043-
xp5o7jzVJ6ZhhpX4Fa16GE6JHPaBlRZb’frnrdHOvAT3dlrnlr6itUnrjw7
AO9PGkldl3stQrB8M8sur5LsMWrrZor-J17IzoYb8yrmkrrWnR3zgLC-
ci HvYSOeTKoSIIJoztIEUBZOXJsfSeI7EC6RcrrkrrWoVEm). Tirrestar,rp
by Irird party at
Mon A,,g 17 1303 48 CEST 2015

n de!

3 \ , (t 677024 RD-AC [‘ION IIP-JA-2014
Associated with document Rd. Ares(20153186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

hereby agrees

2c / 2
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677024 RD-ACTION IIP-JA-2014

• Associated with document Ret. Ares(2015)3186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

HELSEDIREKTORATE (HDIR). 983544622, established in UNIVERSJTETSGATA 2. OSLO
0164, Norway, N0983544622 , (the beneficiary’), represented for the purpose of signing this
Accession Form by the undersigned,

hereby agrees

to become beneficiary (‘22’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health. Agriculture and Food Krecutive AgenLy (CRAFE4) (‘the
Jgency9. under the power delegated by the European Commission (‘the Commission 2

for the action entitled ‘Promoting Implementation of Recommendations on Policy, information and
Data fbr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

ASS,, NOROMO w15 ECAS 4 o,,rles ege6 the P,rtcant
Porw or, 25/08’2015 at 165400 (tronoosbor, 4 SgN-i02i-
CwfMoBJF3Tp)KTq6[Zl8A4ZpOV6’DwB5bFSCoJRQUEJ0zMorfiazzH1 XNI
U20wpo3Jo2iOXLVo40T5M4,UwG-PHs[UMV0XYCC,d35MgqX9a-
gT3trrN4oznese2EkSOpw4AEhc9SFt O3rrYblCr,7MHN) Toflestarep by
thrd pa0v at
Ta, A5 251 / 5435 CES I 0

2- / 2u
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677024 RD-ACTION IIP-JA-2014

• Associated with document Ret, Ares(2015)3186279 - 29/07)2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

OSLO UNIVERSITETSSYKEHUS HF (NKSD), 993467049, established in KIRKEVEIEN 166
TARNBYGGET, OSLO 0450. Norway, N0993467049MVA, (‘the beneficiary’), represented for the

purpose of signing this Accession Form by the undersigned.

hereby agrees

to become beneficiary (23’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE

(1NSERM) and the Consumers, Health, Agriculture and Food Es-ecutive Agency (GHAFEA) (‘the
Agency,a, under the power delegated by the European Conimission (‘the Conimission9.

for the action entitled Tromoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Peder Heyerdahl UTNE with ECAS 8 noineped signr’d in the
Participant Portal or’ 06/08,2015 at 09 1610 (transaction id Sigld-bOOQ
LoeUrAOul YT3RQidWQrqzVUewWclILyJr’XDNJSxlZAWl4Tr1 lErbuE
Kc7rWpacy,lTtHWbQrtjnEfB2zIw-PHsIUMVSXYCH3xCLZM8UuW-
VhqJw2ptWuUEFtE32qohKzzr’zhh4UrErhzuBPXAJxsLM) T,meetamp
by third party at
Thu Aug 0610 18.17 COST 2515

2-n. /z



i: 677024 RD-ACTION HP-JA-2014

Associated with document Ref. Ares(2015)3186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

INSTYTUT POMN1K CENTRUM ZDROVIA DZIECKA (IPCZD), 00000923811000557961,
established in Aleja Dzieci Polskich 20, WARSZAWA 04730. Poland. PL9521143675, (‘the
beneficiary’), represented for the purpose of signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (24’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health. Agriculture and Food ETecutive Agency (‘GIAFEA) (the
Agency’). under the power delegated by the European Commission (‘(lie Conrnussion9.

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to subniit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Magorzata SYCZEWSi<A with ECAS d asyczerrra rtigned irr he
Partioipant Portal orr L08/2010 at 125803 (trarsacl,01 5 Sglrt-1093-
QBozoJOgzolid9yaIe!ozLiCR1LPToLKroa5SUoUVzd3PeLeX
X’CC.JbGirtr83dwToQAZ80OxM57LoBXc-7lzxYh5vrnkP,5,R3zgLC-
aFqeeE2fzvoRUBIEozPoLS55WGiih8az5kri<pS5Ll, Trrreolawp by
mrS party at
Toe A9 11 35608 CEST 2015

?- /
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ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

NIINISTERIO DA SAUDE - REPUBLICA PORTUGIJESA (DGS). Decreto-Lei n.° 212/2006,
de 27 de Outubro , established in Av. João Crisóstomo, 9, LISBOA 1049-062 , Portugal. (‘the

beneficiary’). represented for the purpose of signing this Accession Form by the undersigned,

to become beneficiary (‘25’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE

(INSERM) and the Consumers, Health.Agricul!ure and Food Executive - Igency i”UI,iFfi1) (‘the

Jgençv9. under the power delegated by the European Commission (‘The Ccnnmission9,

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

P1o NOGUERA ,t, EGOS .0 N gw. g’eS n tNe Pto,wr,t PollS
0 07.0P;225 S 0331 5 ‘oflolol OS d 0192-
o5OrGKZ’Ft—8y79EOoM7Po0zdOMlbTER56JobCgK5zUNN4,GoQ79Q
E5CYo’5l O,Io9WNzKBC5oESD06Cd1-PHt,1YS<YGH3oirLZ’3SU,5-
p lODE SOP IWoQS000900XM5GFMOPZO 9)
bol’’dlrlyol

Ap73’ 3’ 21 COST 205

2i /



• 677024 RD-ACTION IIP-JA-2014

• Associated with document Ref. Ares(2015)3 186279- 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

IJNIVERSITATEA DE MEDICINA SI FARMACIE GRIGORE T.POPA IASI (UMF),
C’F470 1100, established in STRADA UNIVERSITATIE 16, IASI 700115, Romania, (‘the beneficiary’),
represented for the purpose of signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (26’)

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA REC’HERCHE MEDICALE
(INSERM) and the Consumers, health, Agricullure and Food Eeculive lgency (CILIFEA) (‘the
Agency. under the power delegated bi; the European Commission (‘the Conrn,ission.

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION).

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

01490 P!EPT1J ,tb ECAS 4 n6ep’Or sg”vd 0 “e P icpavl Por1i
vo lI.’J32C15 v 131439 11 sucivo d Sd-1103-
vTv02TrvxRiduOOvOki[3Lsiwcu0v1yN5EL0CHDjWX9rhx
EzouKbRobzscMNLfoFt!gosgrnoooyJ171zxYhSyr’vvuWrR3:3LC-
iEgoRXiXLqvkOriQpz,vuABzY7’ZLZ3sTezZCaBd9wirnCi
Tmesternp Dv ‘hod vat’y a
Tve Aug11 14 ‘444 CEST 2015

2 / ?9
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677024 RD-ACtiON IIP-JA-2014
Assocted with document Ret Ares(2015)3186279 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

UNIVERZITA KOMENSKEHO V BRATISLAVE (CUMS), 00397865, established in
SAFAR1KOVO NAM 6, Bratislava 1 81499, Slo’akia, SK2020845332, (‘the beneficiary’),

represented for the purpose of signing this Accession Form by the undersigned,

hereby agrees

to become beneficiary (27’)

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE

(INSERM) and the Consume, s, Health, Agriculture and Food E-eczit,ve Agency (CILIFEA) (‘the
gency’). under the power delegated bi the Eui opean Con imisswn (‘the Commission’),

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and

Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant

in accordance with the Agreement, ith all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

M c’c PIES In ECAS 9 1 9 lA coed e PcO C p0t orle 00

o 5820 5509 20 59 t0Cs0CIc9 3 S5Id 5’ 58-
B0Oz.q scqgDL ‘8VenKLG 2tz,LcRKFYRR,-35oZ 6 Vi’s”sw
T0lI0E6FUY,— 662 SwoMOc0G Pl-UMVSXYCH3ccLZM8uuh
Ao 58 ,g ESIOUA(I<p ,{z.,E9LI21SGz oOCrooSnwJGI Trneolcoop cy
to d p58. ci
Ohs Asg 06 102903 CEST 2015
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• e77024 RD-ACTION ttP-iA-OI4

• Associated with document Ret. Ares(2015)3186279 - 29/07/20 15

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

UNIV ERZITETNI KLINICNI CENTER LJUBLJANA (UKCL), 5057272, established in
ZALOSKA CESTA 002, LJUI3LJANA 1000, S1o’enia, S152 111776, (‘the beneficiary’), represented
for the purpose of signing this Accession Form by the undersigned,

to become beneficiary (28’)

hereby agrees

in Grant Agreement No 677024 (the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health, Agriculture and Food ETeculive Agency (CIL4FEA) (‘the
Agency. under the power delegated by the European Commission (‘the Conimission9,

for the action entitled Promoting Implementation of Recommendations on Policy. Information and
Data thr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary’ accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Srrroo VRHUNEC wdh ECAS 0 ‘rorhunsi ognod or ho Parlcrpanl Portal
onOl n8 2015 at ‘501 40 lransacSoo S gld-71-
qobi vO3nrO8QVd6JzTyJ5e4bVQca3QzPIeyLDrO6LZO23pWbI;wkYqsS
6zU’ET0rrjKsxPYLzoXO7rOZhonwhtOSSj.0 ‘zoYbbyrrroowrrRtrrrLC
•‘rqs koft,KYnSpQ5pT2kspwoFADTOXI,SOR5WcCKPBOI Tr’rtstamp
by lord party .0,
Fr, Aog 071601 55 CEST 2015
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677024 RD.ACFION IIP-JA2014

• Associated wdh document Ret. Ares(2015)3186279 - 29/07/20 15

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

CENTRO DE INVESTIGACION BLOMEDICA EN RED (CIBER) ES7, established in CALLE
MONFORTE DE LEMOS 5, MADRID 28029, Spain, ESG85296226, (‘the beneficiary’). represented

for the purpose of signing this Accession Form by the undersigned,

to become beneficiary (29’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, health. Agriculture and Food Eseczttive Agency CHAFEA) (‘the
Agency, under the power delegated bi the European Commission (‘the Com,nissioni.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data fbr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

M,,uel SANCHEZ wit, ECAS A ,hw,c,,a ted “the Prt,c.pt PortI
ott u6/08/20’A et 091605 trottoeotoo OS gid 0095
o’IOzzqLl lOrtgoELtzlYsFO4oAEJo5O7OyZAtJobKoWhYboHfh7ztCzosNOo
CZOOoCACXqL JNttO7CzIAcZeG9oDJOPHs[UMVSXYCH3xcLZM8UoW
L:gwCbObjqdO 2u5ozwoow’KsHgxzojzpzznofbogs) Twesta,ep by
t’t 1,1 pehy a
lbu 0.tg 0610 1609 CEST 20’S
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677024 RD-AC [ION IIP-JA-2014

• Associated with document Ret. Ares(2015)3186279 -29107/2015

•NNEX 3

ACCESSION FORM FOR BENEFICIARIES

STOCKHOLNIS LAENS LANDSTING (KS), 2321000016, established in 1-lantverkargatan 45,
STOCKHOLM 104 22, Sweden, SE232100001601, (‘the beneficiary’), represented forthe purpose of
signing this Accession Form by the undersigned,

to become beneficiary (‘30’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(1NSERM) and the Consumers. Health, Agriculture and Food Erecuiive Agency (CHAFEA) (‘the
- 1gency,’. under the power delegated by the European Commission (‘the Con,mission2,

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

Maga NORDENSKJOID wilt ECAS d ‘‘to’.nag’ swed a the
Eabapar,t aerta an C7O82i5 at 1, 4424 t:arsacilnr d S:yId 5436
FAsE83 7Xt85A’Qe La22WKS GaStWIr’ CKQ2eAagast5rtQteRze.&J9
_DRXnw’tfVrMFGRaROGrV,KSrnPHsUMVSXtCH3xeLZM8UeW
5’1.w2VVVt ,r’YrDOoSTaeyi nt2nr’teNQlFJCrzS4vtT’nest,ep by “,rd
ea” at
F’ 4.5 uil ‘.44 n3 CESt Q5

2k/ 2(
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677024 RD-ACTION }IP-JA-2014

• Associated with document Ret. Ares(2015)31 813279 - 29107/2015

ANNEX3

ACCESSION FORM FOR BENEFICIARIES

UNIVERSiTY OF NEWCASTLE UPON TYNE (UNEW), established in KiNGS GATE,
NEWCASTLE UPON TYNE NEI 7RU, United Kingdom, GB499672470, (‘the beneficiary’),
represented for the purpose of signing this Accession Form by the undersigned,

to become beneficiary (‘31’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA REC’HERCHE MEDICALE

(1NSERM) and the Consumers, Health. Agriculture and Food Eseculive Agency (CIL4FEA) (‘the
Agency9. under the power delegated by the European Commission (‘the Conimission2,

for the action entitled Promoting Implementation of Recommendations on Policy, Information and
Data fbr Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out,

SIGNATURE

For the beneficiary

Ron DEANE w tO ECAS 0 00000ero ogoed rt the Porbciwrrt PortA or
0808120’ 5 ot I 653 10 fhooooctoe jd Sgid-5460-
36t7’5W5w3P6TEOSOTOZcoXHOXzV1,Si< DiyoSuSfhpffo6r8FdhmzogHL

n75Ck98ze2o8KWo2oLor2r,14QrhDEbbVUWIR155,OT8i Tofleotorhp by
to rO pony ot
IOo Ag 06 1? 5 23 CEST 20’S
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677024 RD-ACTION FIP-JA-2014

• Associated with document Ret Ares(2015)3186279 - 29/07/2015

ANNEX 3

ACCESSION FORM FOR BENEFICiARIES

Department of Health (UK PilE), -. established in Quarry House. Quarry Hill. Leeds LS2 7UE,
United Kingdom, 888815064, (‘the beneficiary’), represented for the purpose of signing this Accession
Form by the undersigned.

to become beneficiary (12’)

hereby agrees

in Grant Agreement No 677024 (ihe Agreement’)

between INST1TUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health. Jgrk’ulture and Food Esecutive ,4genLy (CH1FEA) (‘the
1gency. under the power delegated bi the European Commission (‘the Commission ,

for the action entitled ‘Promoting Implementation of Recommendations on Policy. Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement.
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

5ere HANM000 ,v:h ECAS 3 a ae PaaI Po’tal
a c€OS20 Sat’’ 0656 t’a,aaabon 3 595 5232
F.a8Z,Vaa3qnziaUADfrd,1 H,XC03N:Zij3JN7YZCN8VOX5SbV5ab
JptkdH0aY9aJvpHN$83G4M3aiJzOHCPHsiUMVSXYCH3xcLzM8UaW
08crZ5XiVX0SY 55 5JDSaUt85 QUCV58RSWENzUTs3W T aa tan,a ay
S S aa’ty at

auAagOA’20? 0 CESTCa
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677024 RD-ACTION IIP-JA-20i4

• Associated with document Ret. Ares(2015)3186279 - 29/07/20 15

ANNEX 3

ACCESSION FORM FOR BENEFICIARIES

Ministere des Affaires Sociales et de Ia Sante (DGS FR), N/A, established in AVENUE Duquesne

14, PARIS CEDEX 75350, France, N/A, (the beneficiary’), represented for the purpose of signing

this Accession Form by the undersigned,

to become beneficiary (‘33’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE

(INSERM) and the Consumers, health. Agriculture and Food Executive Agency (CILIFEA) (‘the
Agency 9, under the power delegated b-i the European Commission (‘the Commission 9.

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and

Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,

in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant

in accordance with the Agreement, with all the obligations and conditions it sets out.

SIGNATURE

For the beneficiary

PO/ippe CERT!N w::h CIDAS d ecerph siwed h’ the Parhcipaet Pt,rtaI
a,’ 17C8f20l5 a. 0910 24 ‘1,aesac5o,’ 4 Sgtd-2821-
1M0Z5j3Ldi’oDxZRDntAwULqa:,ORJbs23qJ0FrapHfit80vTbtOb4Z1j
?PS3JV7TFZzGIZIWHQCSOM2JIKI4ROS-J171zuVh8kuWaR3zgLC
CH8zSzajJ53PVHXagzho0hrYlsvBjpVuXPAeearlO1Tir,testamp by
thd pat’y at
Mar, Aug 17101048 CEST 2015
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imI tJn/ nutnbr 677024 RD-ACTION

HPJA4AssOciated
with document Ref. Ares(2015)3186279 -

ACCESSION FORM FOR BENEFICIARIES

ANNEX 3

ISTITUTO SUPERIORE DI SANITA (ISS), 80211730587, established in Viale Regina Elena 299,
ROMA 00161, Italy, 103657731000, (‘the beneficiary’), represented for the purpose of signing this
Accession Form by the undersigned,

to become beneficiary (‘34’)

hereby agrees

in Grant Agreement No 677024 (‘the Agreement’)

between INSTITUT NATIONAL DE LA SANTE ET DE LA RECHERCHE MEDICALE
(INSERM) and the Consumers, Health, Agriculture and Food Executive Agency (CHAFEA) (‘the
Agency9, under the power delegated by the European Commission (‘the Commission2

for the action entitled ‘Promoting Implementation of Recommendations on Policy, Information and
Data for Rare Diseases (RD-ACTION)’.

and mandates

the coordinator to submit and sign in its name and on its behalf any amendments to the Agreement,
in accordance with Article 39.

By signing this Accession Form, the beneficiary accepts the grant and agrees to implement the grant
in accordance with the Agreement, with all the obligations and conditions it sets out.

S IGNATURE

For the beneficiary

Del Favero ANGELO with ECAS id nangdelf signed in the Participant
Portal on 07/08/2015 at 07:52:00 (transaction id Sigld-5524-
tzmoFF2zYvIZM3NEnAzuDY8s4FRzKZ1eWAqFAc0jzrppzrMoaDagG9tAe
ogQ3zM3vBD2DUIJFsISTFoZ0OFfqyO-PHsIUMVSXYCI-I3xcLZM8UuW-
LJrnLx5uVpSAEzaZ7MK7Nm8WzwuWDDkUhkbaYAm2y6zYu).
Timestamp by third party at
Fri Aug 07085204 CEST 2015
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Grant Agreement number: [insert number] [insert acronW timt Ref. Ares(20 15)31 8627 2 /07 5

(HAFEA Mode’ Grant Agieement: CHAFFA MG\ \Tulii: OQ,Ol,2015

ANNEX 5

MODEL OF THE CERTIFICATE ON THE FINANCIAL STATEMENTS

.. For options (in italics in square bracketsj: choose the applicable option. Options not chosen should
be deleted.
For fields in [grey in square brackets]: enter the appropriate data

TABLE OF CONTENTS

1. TERMS OF REFERENCE FOR INDEPENDENT CERTIFICATE ON FINANCIAL STATEMENTS
AND REPORT ON FINDINGS ON COSTS DECLARED UNDER A GRANT AGREEMENT
FINANCED UNDER THE HEALTH AND CONSUMER PROGRAMMES 2014-2020

2.MODEL OF CERTIFICATE ON FINANCIAL STATEMENTS TO BE PROVIDED BY
INDEPENDENT AUDITOR

3. TEMPLATE OF THE REPORT ON FINDINGS ON COSTS DECLARED UNDER A GRANT
AGREEMENT FINANCED UNDER HEALTH AND CONSUMER PROGRAMMES 2014-2020
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(HAT TA Model Grant .\oreelnent’,: (‘HAIfA MG A Multi: 0001 2015
Terms of Reference for an Independent Certificate on Financial Statements and Report
on Findings on costs declared under a Grant Agreement tinanccd under the Health and

Consumer Programmes 2014-2020

This document sets out the Terms of Reference (ToR)’ under which

finsert name ofthe bene/icia,yJ (‘the Beneficiary ‘U

agrees to engage
[insert legal name of the auditor] (‘the Auditor’)

to issue an Independent Certificate on the Financial Statements’ (‘CFS’) referred to in Articles
15.3 and 15.4 of the Agreement based on the compulsory reporting template stipulated by the
Agency, and

to produce an independent Report of findings (‘the Report’) concerning the Financial
Statement(s)’ drawn up by the [BeneJIeiarv] [AffIliated Enritvj for the [Health] / [Consumer]
Programme 2014-2020 grant agreement [insert number of the grant agreement, title of the
action, acronym and duration from/to] (‘the Agreement’),

The Agreement has been concluded under the [I Iealth] / [Consumerl Programme 2014-2020
between the Beneficiary and Consumers, Health. Agriculture and Food Executive Agency
(C’HAFE.4) (‘the Agency f, under the powers delegated by the European Commission (the
Comnmission ).

The Agency is mentioned as a signatory of the Agreement with the Beneficiary only. The
Agency is not a party to this engagement.

1.1 Subject of the engagement

The coordinator must submit to the Agency the final report within 60 days following the end
of the each reporting period which should include, amongst other documents, a CFS for each
beneficiary (and linked affiliated entity), for which the total contribution in the form of
reimbursement of actual costs as referred to in Article 5.2 of the Agreement is at Least EUR
750.000. and which requests a reimbursement in that form of EUR 325 000 or more, as
reimbursement of_actual costs calculated on the basis of its usual cost accounting practices.
The CFS must cover the reporting period of the beneficiary (or linked Affiliated Entity)
concerned by the payment.

The Beneficiary must submit to the coordinator the CFS for itself and for its linked Affiliated
Entity, if the CFS must be included in the interim and final reports according to Articles 15.3
and 15.4 of the Agreement.

The CFS is composed of the following documents:

By 4hieh costs under the Agreement are declared (see template ‘Model Financial Statements’ in
Annex 4 to the Grant Agreement).

22 / 29



__aflaDgr

Assooatetn document Ref Ares(2015)3186279 29107/2015
(rant Agreement number: [insert number] [insert acron insert can Luentmerj

(HAFI:A Model Grant Aruement.: (HAFIA MG.\ Multi: OQOl 201S

- The Terms of Reference (‘the ToR’) to be signed by the /BenejIciarvj /Affiliated
Entitvj and the Auditor;

- the Auditor’s Certificate on Financial Statements and Independent Report of Findings

(‘the Report’) to be issued on the Auditor’s letterhead, dated, stamped and signed by
the Auditor (or the competent public officer) which includes the agreed-upon checks
(laid down in the Annex I to the Report) to be performed by the Auditor, and the
standard findings (‘the Findings’) to be confirmed by the Auditor.

If the CFS must be included in the interim and final report according to Articles 15.3 and 15.4
of the Agreement, the request for interim payment or payment of the balance to the
Agreement cannot be made without the CFS. However, the payment for reimbursement of
costs covered by the CFS does not preclude the Agency, the European Anti-Fraud Office and
the European Court of Auditors from carrying out checks, reviews, audits and investigations
in accordance with Article 17 of the Agreement.

1.2 Responsibilities

The /BenejIciaiyJ [Linked AffIliated Entity!:
• tnust draw up the Financial Statement(s) for the action financed by the Agreement in

compliance with the obligations under the Agreement. The Financial Statement(s)
must be drawn up according to the fBene/Iciarj’ vJ [Linked Affiliated Entity cJ
accounting and book-keeping system and the underlying accounts and records;

• must send the Financial Statement(s) to the Auditor:
• is responsible and liable for the accuracy of the Financial Statement(s):
• is responsible for the completeness and accuracy of the information provided to enable

the Auditor to carry out the checks.;
• accepts that the Auditor cannot carry out the checks unless he/she is given full access

to the /BenefIciwy ‘cJ [Linked .4jjIIiated Entity sf staff and accounting as well as any
other relevant records and documentation.

The Auditor;
• [Option 1 by defiiult: is qualified to carry out statutory audits of accounting

documents in accordance with Directive 2006/43/EC of the European Parliament and
of the Council of 17 May 2006 on statutory audits of annual accounts and consolidated
accounts, amending Council Directives 78/660/EEC and 83,349/EEC and repealing
Council Directive 84/253/EEC or similar national regulations].

• [Option 2 t the BenejIciaiy or Linked .lJjIliated Officer has an independent Public
Officer: is a competent and independent Public Officer for which the relevant national
authorities have established the legal capacity to audit the Beneficiary].

must be independent from the Beneficiary [and the Linked Affiliated Entity/, in
particular. it must not have been involved in preparing the fBeneflciaiy ‘sJ [Linked
Affiliated Entity sf Financial Statement(s);

• must plan work so that the checks may be carried out and the Findings may be
assessed:

• must adhere to the checks laid down in Annex I to the Report and the compulsory
report format:

• must carry out the engagement in accordance with this ToR;

n

The Auditor:
•

22R / 2$
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• must document matters which are important to support the Report:
• must base its Report on the evidence gathered:
• nmst submit the Report to the [BeneJlcianj [LinkedA/jIliatedEntit’v].

The Agency sets out the list of checks to be carried out by the Auditor which is defined in
detail in the Annex Ito the Report. The Auditor has to examine the Financial Statements and
verify the supporting documentation in order to provide a reasonable assurance on their
correctness.

1.3 Applicable Standards

The Auditor must comply with these Terms of Reference and with2:

- the International Standard on Related Services (‘ISRS’) 4400 Engagements to
perform Agreed-upon Procedures regarding Financial Information as issued by
the International Auditing and Assurance Standards Board (IAASB);

- the Code ofEthics/or Professional Accountants issued by the International Ethics
Standards Board for Accountants (IESBA). Although ISRS 4400 states that
independence is not a requirement for engagements to carry out agreed-upon
checks, the Agency requires that the Auditor also complies with the Code’s
independence requirements.

The Auditor’s Report must state that there is no conflict of interests in establishing this Report
between the Auditor and the Beneficiary [and the LinkedAffiliated En1itr/, and must specify -

if the service is invoiced - the total fee paid to the Auditor for providing the Report.

1.4 Reporting

The Report must be written in the language of the Agreement.

Under Article 17 of the Agreement, the Agency, the European Anti-Fraud Office and the
Court of Auditors have the right to audit any work that is carried out under the action and for
which costs are declared from the European Union budget. This includes work related to this
engagement. The Auditor must provide access to all working papers (e.g. recalculation of
hourly rates, verification of the time declared for the action) related to this assignment if the
Agency, the European Anti-Fraud Office or the European Court of Auditors requests them.

1.5 Timing

The CFS must be provided together with the request for the interim and balance payment, if
required according to Articles 15.3 and 15.4 of the Agreement.

1.6 Other terms

2 Supreme Audit Institutions applying INTOSA 1-standards may carry out the Procedures according
to the colTesponding International Standards of Supreme Audit Institutions and code of ethics
issued by INTOSAI instead of the International Standard on Related Services (‘ISRS’) 4400 and
the Code of Ethics for Professional Accountants issued by the IAASB and the IESBA.
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[The [BcneJieiarvJ [Linked Affiliated EntiivJ and the Auditor can use this section to agree
other specUIc terms, such as the Auditor’s fees, liability, applicable law. etc. Those specific
terms must not contradict the terms spec/Ied above.]

[legal name of the Auditor
Entityj]
[name & function of authorised representative]
representative]
[dd Month yyyy]
Signature of the Auditor

[legal name of the [BeneficiaiyffLinked Affiliated

[name & function of authorised

[dd Month yyyy]
Signature of the /BeneficiarvJ/Linked Affiliated
En!itk]

2.) /2S



,Assooatdtith document Ref. Ares(2015)3186279 - 29/07/2015Grant Agreement number: [insert number] [insert acron insert can tuentirler]

(1-IAFLA Model Grant Agreements: (HAFI/A MGA \4ulti: 00.012015

Independent certificate on the financial statements declared under grant agreements
signed under the Health and Consumer Programmes 2014-2920

(To he vuh,nitted by each beneficiary if the maximum grant amount in the J/itn of reimbursement of ‘actual
costs is at least EIJR 750 000 and i/it requests a reimburcement of actual costs of at least E(JR 325 000 (me
Articles 15.3 and 15.4)
lb be drawn up and signed by an approved auditor or. in cave ofpublic bodies, by a competent and independent
public officer (andprinted on their letterhead,’.)

To
[name of contact person(s)], [Position]
[[Beneficiaty ‘sj [LinkedAjfihiated Entity cj name]
[Address]
[dd Month yyyy]

Dear [Name of contact person(s)],

As agreed under the terms of reference dated [dd Month yyyy]

with [OPTION 1: [insert name of the beneficiary] (‘the Bentjiciary )] [OPTION .‘: [insert
name of the linked Affiliated Entity (‘the Linked Affiliated Entity), Affiliated Entity linked to
the BenefIciary [insert name ofthe beaeflciaty/ (‘the Beneficiart.’ ‘)J,

we
[name of the auditor] (‘the Auditor’),

established at
[full address/city/stat&province/country],

represented by
[name and function of an authorisecl representative],

have carried out an audit relating to the provisions of the Terms of Reference, the costs
declared in the Financial Statement(s)3 of the /Beneflciaiyj fLinked Affiliated Entitvj, the
documents provided in their support, to which this Certificate is attached, and which is to be
presented to Agency together with the request for payment under the grant agreement [insert
grant agreement reference: number, title of the action and acronym] (‘the Agreement’), for the
following period (s) covered by Agreement [insert period(s) covered by the Financial
Statements].

The audit and subsequent checks were carried out solely to assist Agency in evaluating
whether the/Bene/IciaryJ/Linked Affiliated Entity ‘sJ costs in the accompanying Financial
Statement(s) were declared in accordance with the Agreement. The Agency will draw its own
conclusions from the Report and any additional information it may require.

The above mentioned Financial Statement(s) of the [Beneficiaj [Linked Affiliated Entitvj.
their supporting documentation and accounting records were examined in accordance with

By which the Benetciary declares costs tinder the Agreement (see template ‘Financial Statement’
in Annex 4 to the Agreement).
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the upon-agreed checks , as detailed in Annex Ito the Report, in order to provide Agency with
the following reasonable assurance:

• the amount of the total eligible costs ([insert amount in nurnberJ ([insert amount in
ii’ordc’])) declared in the attached Financial Statement(s) of the [Beneficiary] [Linked
Affiliated Entity] is complying with the following cunuilative conditions, as defined in the
Article 6.1 of the Agreement:

Vthey are actual and recorded in the /Benejicia,y’s] [Linked Affiliated
Entity’s]accounts at the date of the establishment of this audit certificate;

V they have been incurred during the periods covered by the Financial Statement(s)
concerned by this audit certificate;

[they also include the eligible costs incurred in drawing up the final reports
referred to in Article 15 of the Agreement, which may be incurred up to two

calendar months after the end of the action;]

V they are determined in accordance with the beneficiary’s accounting standards
applicable in the country where the [Beneficiary//Linked Affiliated Entity/is
established, and with the beneficiary’s usual cost accounting practices;

V they comply with the national law on taxes, labour and social security applicable in
the country where the [Benejlciamy/ [LinkedA/jIliatedEntity/is established;

V they are exclusive of any non-eligible costs identified below which are established
in Article 6.4 of the above mentioned agreement with the Agency:

• return on capital;
• debt and debt service charges;
• provisions for future losses or debts;
• interest owed;
• doubtful debts;
• currency exchange losses;
• bank costs charged by the beneficiary’s bank for transfers from the

Agency;
• deductible VAT;
• costs incurred during suspension of the implementation of the action;
• excessive or reckless expenditure;
• contributions in kind provided by third-parties;
• costs declared under another EU or Euratom grant, in particular,

indirect costs if beneficiary is already receiving an operating grant
financed by EU or Euratom in the same period.

V [they are claimed according to the EUR conversion rate as defined in the Article
15.5 of the Agreement;

• as declared in the Financial Statement(s) of the [Beneficiam-tj /Linked A//lila/cd Entilvj
and only for the request of payment of the balance, the total amount of receipts for the
total period covered by this(those) Financial Statement(s) is equal to (/incert amount in
ninnherJ (/inscrt anioumil in ‘oordsJ)

In FUR.

In FUR.
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accounting procedures used in the recording of eligible costs and receipts respect the
accounting niles of the State in which the beneficiary is established and permit the direct
reconciliation between the costs and receipts incurred for the implementation of the
project covered by the Agreement and the overall statement of accounts relating to the
beneficiary’s overall business activity6:

• based on our audit, we can conclude that the financial management of the grant was
carried out in an acceptable manner and in compliance with the requirements of [grant
agreement reference: title, acronym. nuinberJ

• our company [organisation — for competent public officers] is qualified to deliver this
audit certificate in full compliance with the Articles 15.3 and 15.4 of the agreement;

[Relevant information establishing this qualification is included with this audit
certificate;]7

The list of Findings. Exceptions and Further remarks, if any, is presented in the Report
annexed to this Certificate.

The Certificate on Financial Statement(s) and Report was prepared solely for the confidential
use of the [Beneficiary//Linked ,4f]lliated Entity/ and the Agency, and only to be submitted
to the Agency in connection with the requirements set out in Articles 15.3 and 15.4 of the
Agreement. The Certificate and Report may not be used by the /Beneficiarvj /Linked
.djjuliated Entitij or by the Agency for any other purpose, nor may it be distributed to any
other parties. The Agency may only disclose these documents to authorised parties, in
particular to the European Anti-Fraud Oftice (OLAF) and the European Court of Auditors.

Both Certificate and Report relate only to the Financial Statement(s) submitted to the Agency
by the [Bene/iciarvj /L inked Af/iliated EntityJ for the Agreement. Therefore, they do not
extend to any other of the [Beneficiary s] [LinkedAjfihiated Entity t] Financial Statement(s).

There was no conflict of interest8 between the Auditor and the Beneficiary fand Linked
Affiliated Entity/in establishing these documents. As declared in the Financial Statement(s)
the total fee paid to the Auditor for providing the Report was EUR

______

(including
EUR______ of deductible VAT).

[legal name of the Auditor]
[name and function of an authorised representative]

Article 61.

- II he auditor is not known internationally or for a competent public officer sshose competence to proside an audit
certiticate has not been attested to by its national authorities.

A conllict of interest arises ‘a hen th Auditors objectivity to establish the certiticate is compromised in let or in
appearance sshcn the Auditor for instance:

- wa insolsed in the preparation ofthc Financial Statements:
- stands o benefit directl’ should the certificate be accepted:
— has a close relationship with an person rcpreenting the beneficiary:
— is a director, trustee or partner of the beneficiary: or
- is in any other situation that compromises his or her independence or ahilii to establish the certificate impartially.

2 / 2L
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[dd Month yyyy]
Signature of the Auditor

Report of Findings on costs declared under grant agreement signed under Health and
Consumer Programmes 2014-2020

Not applicable Findings

We examined the Financial Statement(s) stated above and considered the following Findings
not applicable:

Exceptions

The [Beneficiaryj [Linked Affiliated Entity] provided the Auditor all the documentation and
accounting information needed by the Auditor to carry out the requested checks and evaluate
the Findings.
Explanation (to be removedfrom the Report):

- if the Auditor was not able to successful/v complete a procedure requested. The reason such as the
inability to reconcile key m/l,rmation or the unavailability of data that prevents the Auditor horn
carrying out the audit must be indicated he/ow.

- If the Auditor cannot corroborate a standardfinding after having carried out the corresponding audit.

it must state, the reasons why the Finding was not/id/il/ed and its possible impact ,,inst be explained
here below.

List here any exceptions and add any information on the cause and possible
consequences of each exception, if known. If the exception is quantifiable, include the
corresponding amount.

Example (to be removed from the Report):
1. The Bengfician’ was unable to sub ciantiate the Finding number 1 on ... because
2. Finding number 30 was not /irlJil/ed because the methodology used by the Beneficiary to

calculate daily costs was different from the one accepted by the Agency. The differences were us
fI)/losys;

3. I/icr earning (Sill the s:greed i /ici./o to con/Inn the Finding numhr 31. the Auditor frond a
difference o/ R. The di//erence can hs explained by

Explanation (to be rtvnovedfi’cstn the RepofV:

Ifa Finding was not applicable, it iiiust he marked as ‘N.A. (‘Not applicable) in the corresponding row on the
right-hand column of the table and means that the Finding did not hose to he corroborated by the Auditor and

the related check(s) did not have to be carried out.

The reasons o/the non—application 0/a certain Finding must he obvious i.e.

fi if no cost 14’as dec lured under a certain categomy then the related Finding(s) and check(s) are not
applicable;

ii) if the condition set to apply certain check/a) are not met the related Finding(s) and those checkfr)
are not applicable. For instance, .for ‘bencficiaries with accounts established in a currency other
than euro ‘ the check and Finding related to ‘hengficiaries with accounts established in euro’ are not
applicable. Similarly, f/no additional remuneration is paid, the related Finding(s) and check(s) for
additional remuneration are not applicable.

List here all Findings considered not applicable for the present engagement and explain
the reasons of the non-applicability.

/
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Further Remarks

In addition to reporting on the results of the specific procedures carried out, the Auditor
would like to make the following general remarks:
Example (to he removedfrom the Repor():

I. Regarding Finding number 8 the cvnditions fOr adthUonal remuneration were considered as
JOfihled because

2. In order to be able to confirm the Finding number 15 lie carried out the following additional
procedures:
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