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Brussels

EU Institutions 
A changing landscape.

What is changing for rare diseases?
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2019 2020 2021 2023

Romania Slovenia France Czech Rep

May 2019: 
European 

Parliament 
elections 

July 2019: 
New EP 

takes office

November 
2019 - New EC 

appointed

Review of regulation for special populations (OMP and Paediatrics) and possible new legislation on medicinal products for human use

Proposal for HTA cooperation at European level

New Multi-Annual Financial Framework in place (2021 – 2027)Negotiations for new funding cycle 

Court of Auditors report on 
Cross Border Healthc Dir

New Parliamentary Advocates for Rare Diseases – EP + National Parliaments 2019-2024

consultation
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State of Art & 

Drivers

Possible 
future 

scenarios 

Backcasting scenario  
with policy options 
(How to get there)

Policy 
recommendation
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Publications: prevalence 

Inclusion of RD in 
Universal Coverage

Declaration

NGO CfRD
& Events

Friends of Rare Diseases at UN

WHO Memorandum of Understanding on Rare Diseases

Finland Croatia Germany PortugalRomania Slovenia France Czech Rep Sweden

2022

New Council Recommendation – Rare 
Disease policy: the next 15 years? 

UN Resolution on 
Rare Diseases

NSA RDI

Panel of Experts Rare2030 (Stakeholder Network for RDs ?)

Strategic Review EURORDIS  
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A New European Parliament 2019-2024
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Identifying RD champions

Tanja Fajon
AFET

Katerina 
Konecna
ENVI

Tomislav Sokol
IMCO

Tilly Metz
ENVI Stelios

Kympouropoulos
EMPL

Frédérique 
Ries ENVI

David Lega 
AFET, DROI

• Mapping 112 MEPs so far (including 6 medical doctors, 3 former health
ministers)

• 23 elected MEPs signed the Pledge4RD during elections (8 new and 15 
returning)
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European Parliament

EP Challenges Opportunities
MEPs • Many old champions gone

• Less EURORDIS 
connections with ENVI

• Attention/Health 
monopoly: other groups vs 
EURORDIS

• Other focus than RD
• New MEPs and RD: what 

do they know, what can 
they do?

• New champions to be 
found

• New MEPs: doctors, 
medical, disabilities, …

• Some connections already 
made

• Regulations on Orphan 
and Paediatric Medicines 
will be discussed and 
voted at the EP
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The new EP approves the new 
European Commission

23-26 May EP 
elections

1 July new EP 

EU countries appoint 
EC President and 

candidate 
Commissioners 

EP approves EC 
President and held 

Hearings of 
Commissioner 

candidates 3 vetoed

EP votes to endorse EC  
delayed to end 

November possibly
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A new European Commission

Ursula von den 
Leyen

President of the 
European
Commission

Stella Kyriakidou

Commissioner for 
Health

(endorsed)

→ Mission Letter to 
Stella Kyriakides

→ Hearing before the 
EP

→ Written and Oral 
Questions by 
MEPs

EURORDIS inputs 
to MEPs and 
Stella K. before
Hearing
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European Commission

EC Challenges Opportunities
Ursula von der Leyen • Affordability of and access to 

medicines
• Minimum income
• AMR
• Cancer plan

• Affordability of and access 
to medicines

• Cancer plan

Stella Kyriakides • Focus on cancer
• Focus on climate, 

environment, food safety
• RD not specifically addressed 

(except ERNs)

• Focus on cancer -> rare 
cancers?

• Health in all policies
• Focus on patient 

empowerment
• Aims for further EU 

collaboration
• Focus on digital health

DG SANTE • OMP/PAD evaluation
• Perception of RD job done

• OMP/PAD evaluation
• Focus on ERNs
• Joint work on health 

research
• Framework RD by 2023



2019 2020 2021 2023

Romania Slovenia France Czech RepFinland Croatia Germany PortugalRomania Slovenia France Czech Rep Sweden

2022

CZECH REP.

– Advanced work on EU 
Presidency priorites

– Possible inclusion of 
RDs in health
priorities if supported
by previous
Presidency (FR)

FRANCE

– First discussion at 
MoH on Presidency
priorities

– Fostering meeting 
with CZ Republic

EU Council Presidencies 2019-2023
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EU Council

EU Council Challenges Opportunities
• HTA legislation
• Cancer plan
• Brexit
• Budget

• HTA legislation
• Cancer plan
• Future EU presidencies



European Court of Auditors

Review of the Cross-border healthcare 
Directive by the ECA – JUNE 2019

The Commission should: 

• (a) by 2023 - assess the results of the rare 
disease strategy (including the role of ERNs) 
and decide whether this strategy needs to be 
updated, adapted or replaced; 

• (b) by 2020 - in consultation with MS set out 
ways forward to address the challenges faced 
by the ERNs (incl. integration of ERNs into 
national healthcare systems, and patients’ 
registries); 

• (c) by 2022 - work towards a simpler structure 
for any future EU funding to the ERNs and 
reduce their administrative burden. 
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European Court of Auditors (ECA)

ECA Challenges Opportunities
• Not binding on EU 

legislator
• Official backing of need to 

review the EU RD 
strategy;

• Support to sustainability 
of ERNs

• Acceoted by EC
• Backed by Council of

Ministers
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Conclusion
EURORDIS Leverage 

power
Challenges Opportunities

New 
MEPs

Ursula 
v.d.Leyen

Stella 
Kyriakides 

DG 
SANTE 

Council 

Brexit

HTA

ECA 
Report 



Questions?

Comments?
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1/ Policy framework on rare diseases beyond ERN & OMP regulation 

– Follow-up to the European Court of Auditors (ECA) Report; update on Rare2030 

Foresight study (co-funded by the EU Pilot Projects and Prep. Actions Programme)

2/ EC commitments on improving the implementation of CBHC Directive

– With specific regard to ERNs and their sustainability - MFF 2021-2027 & follow up to 

ECA report 

3/ State of play on access to therapies for people living with rare diseases –

– Progresses on proposal for EU cooperation on HTA and EC plans to support the proposal 

through the legislative process - EURORDIS proposals

4/ Challenges in accessibility across Europe, aggravated situation for recent gene & 
cell therapies 

5/ Evaluation of regulatory incentives for special populations (OMPs, paediatrics)

Meeting with DG SANTE Dir. General & 
team


