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70%
of people with rare diseases

wait more than 1 year to get a 
confirmed diagnosis after coming 
to medical attention.

It takes on average

5 years
for rare disease patients 
to get a diagnosis.

There are over

230
orphan medicines

authorised in the EU. The goal is to support 
support the development of

1,000
new therapies
for rare diseases by 2030.

https://www.eurordis.org/
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Treatment 
authorisation

in Europe
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Science is 
progressively 

offer more 
hope for 
PLWRD

SOURCE: EMA Annual Report 2022 
https://www.ema.europa.eu/en/documents/annual-report/2022-annual-
report-european-medicines-agency_en.pdf



But … 
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https://www.eurordis.org/
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A new approach is possible

• NCAPR structured 
cooperation

• WHO Novel 
Medicine Platform

• EHDS

• DARWIN

• HTA Regulation

• MoCA

• ERDERA

• ERICA

• ACT EU 

A new R&D 
blueprint

Early value 
determination

European 
cooperation for 

accessible, 
available and 

affordable 
therapies

Continuum of 
evidence 

generation
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A new life cycle perspective on access to rare disease 
therapies

IV

Medicine R&D Marketing authorization Market access

FROM

TO

Price set based on 
limited evidence, 

setting up for tense 
negotiations and 
commercial deals

Ex ante assessment of value 
based on a level of evidence 

often insufficient to perform a 
stringent effectiveness 

assessment

Formative 
assessment at the 

moment of 
implementation in 

clinical practice
(HTAR)

Summative 
assessment

offering a 360°
view of the full 
impacts of the 

innovation under 
study

Price evolution (upwards or 
downwards) linked to 

evidence generation on 
real-life use and 

effectiveness

Real-world 
evidence 

generation through 
registries, with 

support from ERNs

Horizon shaping: 
governments to 
drive needs led 

research

Horizon scanning: 
“passive and reactive” 
process, whereby MS 

do not directly 
influence innovation 

Structured (voluntary) cooperation on P&R
European Procurement

European Fund to co-fund RWE generation

• Allow for timely and 
equitable access

• Ensure predictability
of revenues 

• Complete continuum 
of evidence 
generation

• Status quo not 
acceptable

• Transparency of 
decision processes 

often lacking
• Inequalities due to 

mismatch of science 
and economy 
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