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S & » Rare Diseases Partnership - Overview

31 countries in this group: EC group of National Delegates for the RD Partnership

- 24 EU MS + 2 EEA countries : EU Member States (AT, BE, BG, CY, CZ, DE,
DK, EE, EL, ES, FR, IE, IT, LT, LU, LV, MT, NL, PL, PT, SE, SI, SK, RO) + EEA
(NO and IS);

« Associated countries: Israel, Turkey, Georgia,
- Candidate Associated countries: Morocco, UK

Not yet on board but possibly interested:
« Other countries having expressed in the Partnership: North Macedonia, Tunisia
« Also interested: Canada, Australia?

HORIZON-HLTH-2023-DISEASE-07-01: 19 Sep 2023
European Partnership on Rare Diseases

Type of partnership Co-funded
CY conftribution for 2024 €3.000.000
Joint Call announcement 2024
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What does the Commission expect regarding the RD
Partnership? (presented on 10 Oct. 2022)

« Impact-driven;

. Impgove the lives of people living with a rare disease by delivering on their unmet medical
needs;

« Coordinate of national and regional research and innovation programmes on rare diseases &
mobilise funds from Member States, regions, associated countries and the Commission;

« Align research and innovation priorities to overcome fragmentation, avoid duplication but
enhance synergies within of the R&l landscape, through a multi-stakeholder approach;

« (Consolidate an effective and inclusive research and innovation ecosystem;
« Strengthen the pipeline ‘from bench to bedside’ of publicly-funded research;

« Strengthen the EU-leadership;

« Contribute to IRDIRC’s goals
-




What does the Commission expect regarding policy priorities?

(presented on 10 Oct. 2022)

« Develop close synergies with national and regional programmes;
« Develop synergies with other Union’s programmes:

- EU4Health,

- European Regional Development Fund (ERDF)

« Contribute to the Pharmaceutical Strategy (in particular to the Regulation on Orphan
medicinal products);

« Contribute to the EU’s digital agenda

European
Commission




» MAIN OBJECTIVES (WP 2023-2024)

—->Launch joint transnational calls for RD research and
Innovation priorities as defined in the SRIA, resulting In
financial support to third parties, based on the annuadl
work plans;

—->Develop a European Clinical Research Network to
accelerate the clinical trial readiness of the RD research
community in Europe, to improve the research and
innovation potential of RD stakeholders and facilitate the
cost-effective clinical development of new therapies;

—>Develop and consolidate the capacity building of the RD

data ecosystem by supporting the federated
access/sharing of FAIR research data, information
resources to ensure the effective and fast translation of
the research results to safe and effective health
~  Innovations;




» MAIN OBJECTIVES (WP 2023-2024)

->Integrate basic, pre-clinical and clinical research to
reduce the burden for people living with a rare disease.

>Support research Iin relevant medical fields and
intervention areas (prevention, diagnosis, treatment),
while improving the utilisation of existing health
technologies in clinical practice;

->Support the scientific work of the International Rare
Disease Research Consorfium.




» EP RD proposed 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 freatment”
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BETTER LINDERSTANDING QF THE [MPACT OF RD ON \___OIAGNOSIS ESTABLISHED OR SUBJECT TO SYSTEMATIC RESEARCH IN _
PATIENTS, FAMILIES AND SOCIETY _ AVERAGE WITHIN 6 MONTHS AFTER COMING TO MEDICAL ATTENTION | 1000 NEW THERAPIES FOR RARE DISEASES APPROVED |

Healthcare and research data are accessible and used for scientific and regulatory evaluation and healthcare delivery

501 . . Lo
Generation of knowledge and its translation into

medical and holistic intervention.
S04 | I
Increased capacity and skills of RD stakeholders to
optimise research to healthcare continuum

503

All activities empower as equal partners people
living with rare disease

505
Integrated multinational and multi-stakeholder
Research & Innovation ecosystem for RD
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Investment in patient need-led research and innovation
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Coordination and alignment of European, (inter)national and regional
research strategies and resources
4
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Support robust data, resources and expertise infrastructure Training and education (of RD stakeholders)
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1
005 Multi-stakeholder collaboration !
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= Work in progress...



» Sirategic Research & Innovation Agenda

General Objectives

« GOI1 - Diagnosis established or subject to systematic
research in average within 6 months after coming
to medical attention

« GO2 - 1000 new ftherapies for Rare Diseases
approved

« GQO3 - Better understanding of the impact of RD on
patients, families and society
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» Sirategic Research & Innovation Agenda

Operational Objectives

« OO - Investment in patient need-led research and
Innovation

« OO0O2 - Support robust data, resources and expertise
infrastructure

« O0O3 - Coordination and alignment of European,
national and regional research strategies and
resources

« O0O4 - Training and education (of RD stakeholders)
« OOS - Multi-stakeholder collaboration



» Sirategic Research & Innovation Agenda

Specific Objectives

« SOl - Generafion of knowledge and its franslation info
medical and holistic intervention

« SO2 - Healthcare and research data are accessible and used
for scienfific and regulatory evaluation and healthcare
delivery

« SO3 - All activities empower as equal partners people living
with rare disease

« SO4 - Increased capacity and skills of RD stakeholders to
optimize research to healthcare continuum

« SO5 - Infegrated multi-national and multi-stakeholder
Research and Innovation ecosystem for RD



Thank you!

Research and Innovation Foundation (RIF)

P.O. BOX 23422, 1683 Nicosia
Tel.: +357-22205000
Website: www.research.org.cy
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http://www.research.org.cy/
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