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VISION: To improve the health and well-being of 30 million persons living with a rare disease in Europe, by making Europe a world
leader in RD research and innovation, and delivering concrete health benefits to rare disease patients, through better prevention,
diagnosis and treatment.

GO3 clo) cloy]

Better understanding of the impact of RD on patients, Diagnosis established or subject to systematic research in New effective therapies for rare diseases approved in the

families and society average within 6 months after coming to medical attention EU and beyond

Healthcare and research data are accessible and used for sclenilflc and regulatory evaluailon and healthcare delivery

SO3 SOl

All activities empower as equal partners people living Generation of knowledge and its translation into
with rare disease medical and holistic intervention.

SO5
Integrated multinational and multi-stakeholder Research & Innovation ecosystem
for RD

SO4
Increased capacity and skills of RD stakeholders to optimise research to healthcare continuum

] |
001
Investment in patient needled research and innovation
I | |

Coordination and alignment of European, (inter)national and regional research strategies and resources

002 004
Support robust data, resources and expertise infrastructure Training and education (of RD stakeholders)

005
Multi-stakeholder collaboration




WP3 7.80% (3)
WP4 2.60% (1)

WP5 7.80% (3)
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WP6 2.60% (1)
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WP7 2.60% (1) (12)

WPS8 2.60% (1)

WP9 3.90% (2)

WP10 4.33% (2)

WP 11 2.60% (1)

RN R

WP122.60% (1)

WP13 7.80% (3)
GO2 42%

(16)
WP14 4.33% (2)
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WP16 3.64% (1)
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- WP23 7.80% (3)

Share of WPs contribution (%) to each
GO (number of major links)

(for each GO, links are in top-down
ascending order for % contribution; [links
of equal thickness = equal contribution])

mm WP24260% (1)

B WP255.85% (2)

WPs % contribution to all GOs (number of major links)
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Diagnosis established or enrolment in systematic
research on average within 6 months after coming to
medical attention (in EU and Associated countries)

New effective therapies for rare diseases approved in
the EU and beyond

Better understanding of RD impact on patients, families
and society

Work Package relative contribution to the
General Objectives based on the number of
tasks involved



® Inter(national) Capacity Alignment;
€13,886,916
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m Acceleration Hub, ® Coordination & Strategy;
EUROPEAN RARE DISEASES RESEARCH ALLIANCE €23 408 401 €18,609,020
®  Education & Training Hub;
€8,643,3
® Expertise Services Hub,
€5,335,4

O Data Services Hub;
€20,125,025

385,5 M€
overall
budget

= Clinical Research
Network, €50,734,575

Total Budget*
per Work Stream

*estimated for 7 years, includes:

(1) associated partners,

(2) in-kind and in-cash contributions, and

(3) 160 M€ of European Commission requested contribution
Submitted Grant — Not yet financed

" RD Research Funding,
€244,886,552
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Coordination & Strategy

WP1
Coordination and management

WP3
JointTransnational Calls for
collaborativeresearchprojects

WP4
Clinical trial call management

WP5
Networking to share knowledge on
research

WP23
NMGs promotion and national alignment

WP13
Rare Diseases-Virtual Platform (RD-VP): Finding and
accessingthe dataecosystem

WP14
Data readiness services

WP15
Data sharingand analysis services

Wp24

Fostering engagement of underrepresented countriesin ERDERA

WP16
Knowledge basesandontologies for RD research

WP17
Mentoring and consultancy

WP18
Regulatory support service

WP2

WP6
Diagnostic data availability

WP7

Genome re-analysis research pipeline

WP8

Innovation to shorten time to RD diagnosis

WP9
Real world
data

WP10
Clinical Outcome Assessment

WP11
Advanced Therapeutic Medicinal Products

WP12
N-of-few approach

WP25
ERDERA Global Collaboration

WP19
Methodological Support

WP20
Education and trainingin rare diseasesresearch

WpP21
Technology accelerator

Communication & dissemination

WP22
Public-Private Collaboration Accelerator
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Thank you

WWW .e|praredisedases.org
www.ejprarediseases.org/erdera/

coordinafion@ejprarediseases.org

. . @ejprarediseqses
helpdesk@ejprarediseases.org
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