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Orphan medicines key figures
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But ...

Only 5% had received a transformative treatment
approved for the entire European Union, with 69% of rare
disease patients having received only symptomatic

treatment for their rare disease

22% of people with rare diseases could not get the
treatments they needed because it was not available
where they live, reflective of the fragmentation of the

market across the 27 Member States
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By 2030, EURORDIS will have made contributions to the goals of (Based on the Foresight Study

Rare 2030):

Part of our strategic goals

- Earlier, faster and more accurate diagnosis — goal of diagnosis within 6 months

ational and European healthcare pathways, including cross-border healthcare —a
goal of improving survival by 3 years on average over 10 years and reducing the mortality of children
under 5 years of age by one third

- Integrated medical and social care with a holistic life-long approach and inclusion in society — a
goal of reducing the social, psychological and economic burden by one third

- Research and knowledge development that are innovative and led by the needs of people living
with a rare disease

- Optimised data and health digital technologies for the benefit of people living with a rare
disease and society at large

- Development and availability, accessibility, affordability of treatments, particularly transformative
or curative therapies — goal of 1000 new therapies within 10 years



https://www.eurordis.org/

Five overarching principles for a responsible evolution of
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the RD incentives framework

To transform the European Research & Development for the rare
disease ecosystem building upon advances of the past 20 years, for
the next 20 years

To situate Europe as a global leader in research, development and access, through

a regulation that is attractive for developers, and competitive globally.

To define a model that is centered on the unmet needs of people living with a rare
disease, and includes patient participation in its establishment and implementation.

To establish a European pathway, from development to access, to ensure innovation
coupled with affordability and to gain that crucial strategic autonomy in research
and development.

To ensure convergence and coherence between different relevant legislations
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 One ‘chapeau’ communication

ha ppened « A new Directive and a new Regulation
On 26 Aprll? « Council Recommendation on Antimicrobial Resistance
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Where are we now? A long road so

far

o 2016

Ten year evaluation of
Paediatric Medicines

o 2019

Stakeholders and public RBS assessment negative
consultations

Q 2022 o 2023

13 September — EP should

planned publication of officially start its work

i Regulation i ‘Pharmaceutical Package’ i 20 September —ENVI

: : postponed ' exchange of views with

l l - Commissioner Kyriakides
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Evaluation of Orphan Medicinal
Products Regulation begins

O 2018

EURORDIS.ORG

Publication of the evaluation of
OMP and PM regulations ;

°
review of general i
pharmaceutical legislation I
begins . 13 June Health Ministers
Rare2030 recommendations i discussion
O 2021 O 2023
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26 April Pharmaceutical
Package presented
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