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1. EU support for collaborative R&I on rare diseases
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H2020 (14-20)

Budget (MEuro)

more than €1.8 billion made available over the past 14 years under the Seventh Framework Programme (FP7) and Horizon 2020, to more than 320 projects on interdisciplinary research in the area of rare diseases
(Thanks to my colleague Christina Kyriakopoulou for these
figures)

History of support to the alignment/coordination
of research funding on rare disease
Build on lessons learnt from: ERA-NET on rare diseases + EJP RD
An important number of EU-funded ‘standalone’ collaborative projects: Calls on
new therapies for rare diseases, diagnostics, innovative therapies etc.
see factsheet recently published:
https://op.europa.eu/en/publication-detail/-/publication/2ab5235e-7fbe-11eb-9ac901aa75ed71a1/language-en/format-PDF/source-193764078
ERA-NET

Timeframe

EU funding

Partners

Countries

Joint calls

Funded
projects

E-Rare-1 (FP6)

5/2006 – 5/2010

2,19 M€
(/2,19)

10

8

2

29

E-Rare-2 (FP7)

10/2010 – 11/2014

2 M€ (/2,9)

17

13

4

49

E-Rare-3 (H2020)

12/2015 – 11/2020

5,9 M€ (/23)

27

17

4

41

EJP RD (H2020)

1/2019 – 12/2023

55 M€ (/101)
but not only
Joint
Transnational
Calls (JTCs)

87
(+ 42
Linked
Third
Parties LTPs)

35

5 foreseen

European Joint Programme Co-fund on Rare Diseases
(EJP RD)
•
•
•

•
•
•

EJP RD launched 1st January 2019, 5 years duration,
budget > €100 million, €55 million of EU contribution
Research and innovation pipeline for rapid translation of
research results into clinical applications and uptake in
healthcare for the benefit of patients
Research funders, universities, research institutes, research
infrastructures, hospitals from ERNs and patient organisations
from 35 countries (including 27 EU Member States, 7
Associated Countries and Canada)
Joint Transnational Calls for rare diseases research projects:
JTC 2019, JTC 2020, JTC 2021 launched
Virtual platform for rare diseases research data, information
and tools
Capacity building, training, facilitation of partnerships,
validation of new methods for clinical trials

RESEARCH
FUNDING

COORDINATED
ACCESS TO
DATA &
SERVICES FOR
RESEARCH

CAPACITY
BUIDLING &
EMPOWERMENT

www.ejprarediseases.org

EU contribution
55M EUR for
2019-2023
ACCELERATING
TRANSLATION
OF RESEARCH &
THERAPY
DEVELOPMENT

International Rare Diseases Research Consortium
(IRDiRC)

2011 - 2021

2. ERICA: a “Coordination & Support Action” (CSA) under
Horizon 2020 Research & Innovation Framework Programme

* Specificities of a “Coordination & Support Action”
* Challenges & opportunities for your CSA

Preliminary remark: ERICA is funded from Horizon 2020, Work
Programme 2018-2020 (funding proposed before the “birth” of

ERNs and formally decided in 2017 = year when ERNs were
kicked off)

Specificities of a “Coordination and Support Action” (CSA)
-

Definition:

“Actions consisting primarily of accompanying measures such as
standardisation, dissemination, awareness-raising and communication,
networking, coordination or support services, policy dialogues and mutual
learning exercises and studies, including design studies for new
infrastructure and may also include complementary activities of strategic
planning, networking and coordination between programmes in different
countries.”
(funding rate: 100%)
https://ec.europa.eu/research/participants/data/ref/h2020/other/wp/20182020/annexes/h2020-wp1820-annex-d-csa_en.pdf
-

Comparison:

Somehow comparable to a “Joint Action” under the EU Health Programme but “Joint Actions” are more for Member States to coordinate their activities
in one field – ex. Joint Action on integration of ERNs in national healthcare
systems.

-

Examples:

(1)

- PERMIT: PERsonalised MedicIne Trials (1/1/2020 – 31/12/2021)
Proposes recommendations ensuring the robustness of personalised medicine trials,
which also requires validation of the stratification methods; organises workshops
with participants from EU-wide research infrastructures, partners and experts to
discuss methodology, design, data management, analysis and interpretation in
personalised medicine research programmes; addresses the need to select
treatments for testing or comparing the personalised and non-personalised
approaches. https://cordis.europa.eu/project/id/874825 (coordinated by ECRIN)

- STARS: Strengthening training of academia in regulatory sciences and
supporting regulatory scientific advice (1/1/2019 – 30/6/2022)
Proposes to analyse and improve the European level of professional education in
health training of academics in the field of regulatory science. Through the creation
of a common strategy strengthening regulatory sciences, as well as establishing a
core curriculum for professional training of clinical scientists and a comprehensive
curriculum for specific post-graduate programmes, the project will enable faster
dissemination and availability of cutting-edge treatments across Europe.
https://cordis.europa.eu/project/id/825881 ; https://www.csa-stars.eu/
(coordinated by the German Federal Institute for Drugs and Medical Devices)

-

Examples:

(2)

- B1MG: Beyond 1M Genomes (1/6/2020 – 31/3/2023)
Pan-European initiative to create genome-based health data infrastructure
Personalised medicine brings significant socio-economic benefits, including
faster, more accurate diagnostics, the development of pharmacogenomics and
the advancement of preventative medicine, resulting in better health and quality
of life for patients as well as more efficient national health systems. The EUfunded B1MG project will provide the support and coordination structure for the
European 1+ Million Genomes initiative based on the commitment of 20 EU
states and Norway to work 'towards access to at least 1 million sequenced
genomes in the EU by 2022'. These countries will engage a range of
stakeholders to support the creation of a pan-European genome-based health
data infrastructure, encompassing data quality and exchange standards, access
protocols and legal guidance.
https://cordis.europa.eu/project/id/951724 (coordinated by EMBL, European
Molecular Biology Laboratory, ERICs BBMRI, ECRIN & EATRIS also involved)

Challenges & opportunities for your CSA - 1
Challenges:
* Coordinate & support activities that you might not have the capacity to
(fully) implement yourselves…
* 24 ERNs (which are currently growing), each of them having different
sub-groups per group of diseases and/or thematic…
comments from evaluators: “some aspects of the proposed methodology could have been better
elaborated. ERNs are networks that include more than 900 specialised medical units joined in 24 ERNs
and given this complexity, the proposed coordination measures could be more detailed and
tailored, although the effective communication is a great challenge in itself when coordinating a CSA that
creates horizontal trans-ERN activities. »

* Synergies / overlaps
“the proposal ERICA should have elaborated better how the proposed coordination of the ERNs research
activities will ensure synergies and avoid potential overlaps with the current activities of ERNs in
existing RD research networks. For example, several ERNs in the proposal already contribute in different
activities in the European Joint Programme on Rare Diseases (EJP RD), thus synergies will be important to
avoid overlaps.”

* ERN activities are often on the top of your ‘other duties’ for partners
involved as clinicians; ERN research activities need to find their place/be
embedded in your ‘common research activities’ (support from your
hospital managers & teams is essential + do not forget the national
level…)

Challenges & opportunities for your CSA - 2

-

Opportunities:

* a UNIQUE opportunity: this CSA is just for you, 24 ERNs – and you
managed to gather the 24 ERNs in your project !

* Structuring the field, framing the (future) ERN Research landscape, and
thus the European (global?) Rare Disease landscape
* Duration of 4 years: 1/3/2021  28/2/2025
It will allow to settle a common framework for ERN research (a formalisation
of the ERN Research Working Group), and also make the bridge between
EJP RD (finishing in December 2023) and the future Partnership on Rare
Diseases (meant to start in 2024)

ERICA: Challenges & opportunities
Work Package by Work Package - 1
Challenges:
WP1 Consortium management and coordination

 coordination challenges !

WP2 Data Collection, Integration and Sharing
 many ongoing initiatives relating to data
find a pragmatic approach to support the 24 ERNs
“the proposed work plan would benefit from more substantiated details in relation to the new
web-based platform presented as a single, easy access platform linking all existing and future
information pertaining to RD research and innovation.”
WP3 Patient Centred Research

 patient involvement is crucial ! But some medical
areas more experienced / more patients organisations exist? - best practices across ERNs?

WP4 Clinical Trial Support

 look at the different initiatives and find different
options available for ERNs – there might not be
“one-size-fits-all” option but several models

ERICA: Challenges & opportunities
Work Package by Work Package - 2

Challenges:
WP5 Translation and Innovation

 for “capacity building”: good & repeated
communication will be needed (webinars etc.)
 for “strategy forming” (collective intelligence –
thinking back to ERN Research Working
Group discussions back in Jan. 2019)

WP6 Integration, Outreach & Dissemination  “basic elements of an exploitation strategy and
IPR management approach are described together
with the main exploitable results. However, even though the exploitation framework to be
developed in the project is critical to maximise impact, it is not adequately discussed how
results arising from the project will be concretely translated to specific outcomes.”

WP7 Ethics requirements

 screen properly all activities of the other WPs
(input from all WPs needed)

ERICA Work packages

… and important (or possible) links

WP1

Coordination of other initiatives
(EJP RD, Solve-RD etc.)

WP2

WP3
WP4

Consortium management and
coordination
(LUMC)
Data Collection, Integration and
Sharing (UKHD)

Patient Centred Research
(VHIR)
Clinical Trial Support
(IOR)

WP5

Translation and Innovation
(CCRI)

WP6

Integration, Outreach &
Dissemination (LUMC)
Ethics requirements
(LUMC)

WP7

ERN registries grants,
EJP RD Pillar 2
EU RD Platform, EHDS
Solve-RD
EURORDIS – but also cancer
patient organisations, EPF…
EJP RD Pillar 4, Ris (BBMRI, ECRIN),
EMA & NCAs, IRDiRC, CRNs (US), other
RD research consortia (RECOMB, C4C)
CSA STARS?
EJP RD Pillar 4, European RIs
patient organizations,
industry umbrella organisations?
professional/learned societies, all partners,
industry, patients organisations…
build on existing knowledge to
fulfill these requirements

The data challenge… (relevant for ERICA WP2 but even more broadly)
relevant mainly for WP2 (Data Collection, Integration and Sharing)
Rare disease data (clinical / healthcare / research) is one element of several ongoing
initiatives…. Synergies to be found (Friday evening webinars led by Orphanet)
Initiatives where ERNs already have a cooperation / are partners:
EU Rare Disease registration Platform – EJP RD Virtual Platform
Solve-RD
etc.
Or initiatives with no established link yet:
eHealth related initiatives (Towards European Health Data Space Joint Action, TEHDAS,
EOSC-Life etc.)
+ Think beyond the “classical tools”:
- projects funded via the Innovative Medicines Initiative (IMI), the EU public-private partnership
funding health research and innovation (future Innovative Health Initiative (IHI) under Horizon
Europe)
- projects received a loan from the European Investment Bank etc.
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4. Next: Horizon Europe
The ambitious EU research and innovation framework programme (2021-2027)

fuel EU’s scientific and
technological excellence and
the strengthen the European
Research Area (ERA)

Science
& technology

tackle policy priorities,
including green and digital
transitions and Sustainable
Development Goals

boost Europe's
innovation uptake,
competitiveness
and jobs

Society

Economy

Our Vision

●
●
●
●

Tackles climate change
Helps to achieve the UN’s Sustainable Development Goals
Boosts the EU’s competitiveness and growth
Facilitates collaboration and strengthens the impact of
research and innovation in developing, supporting and
implementing EU policies while tackling global challenges
● Supports the creation and better diffusion of excellent
knowledge and technologies
● Creates jobs, fully engages the EU’s talent pool, boosts
economic growth, promotes industrial competitiveness and
optimises investment impact within a strengthened
European Research Area.

Credits: https://www.un.org/sustainabledevelopment/sustainable-development-goals/

The EU’s key funding programme for research and innovation:

The structure of Horizon Europe (€ 95.5 bn)
Pillar 1

Pillar 2

Excellent Science

Global Challenges and
European Industrial
Competitiveness

• Health ~ € 8 bn

Marie Skłodowska-Curie
Actions

Research Infrastructures

Clusters

European Research Council

• Culture, Creativity and
Inclusive Society
• Civil Security for Society
• Digital, Industry and Space
• Climate, Energy and Mobility
• Food, Bioeconomy, Natural
Resources, Agriculture and
Environment

Pillar 3
Innovative Europe

European Innovation Council

European innovation
ecosystems
European Institute of
Innovation
and Technology

Joint Research Centre

Widening Participation and Strengthening the European Research Area
Widening participation and spreading excellence

Reforming and Enhancing the European R&I system

Cluster 1 - Health
Aims:
• to contribute to the promotion of social cohesion and inclusiveness and the
health and well-being of people.

• to help develop “an economy that works for people” by supporting research
(and coordination) in order to make innovative, high-quality health
technologies and health care both available and affordable for citizens;
• and to make health care systems more accessible and sustainable, including
through the digital transformation of health and care.

Partnerships in Horizon Europe
A common approach for all Partnerships

New approach to European Partnerships
New generation of objective-driven and more ambitious partnerships in
support of agreed EU policy objectives
 Simple architecture and toolbox
 Coherent life-cycle approach
Key features
 Strategic orientation
Co-programmed
Based on Memoranda
of Understanding /
contractual
arrangements;
implemented
independently by the
partners and by
Horizon Europe

Co-funded
Based on a joint
programme agreed
and implemented by
partners; commitment
of partners for financial
and in-kind
contributions

Institutionalised
Based on long-term
dimension and need
for high integration;
partnerships based on
Articles 185 / 187 of
TFEU and the EITRegulation supported
by Horizon Europe

Synergies with other Union programmes
HORIZON EUROPE

Enhanced synergies

Other Union Programmes, including

COMPATIBILITY
Harmonisation of
funding rules; flexible
co-funding schemes;
pooling
resources at EU level

Common
Agricultural Policy

InvestEU

ESF+

Innovation Fund

External
Instrument

LIFE

Digital
Europe

Maritime &
Fisheries Fund

EU4Health

Space
Programme

Internal Security
Fund and
Instrument for
Border
Management

Connecting
Europe Facility

ERDF

ERASMUS+

Single Market
Programme

Creative
Europe

Recovery and
Resilience Facility

Just Transition
Mechanism

COHERENCE &
COMPLEMENTARITY
Alignment of strategic
priorities in support of a
common vision

Horizon Europe – 49 European Partnerships
Partnerships
• Strategic Plan identifies 49 coprogrammed and co-funded
partnerships:
‒ public-public;
‒ public-private;
‒ global initiatives.
• EC proposals for 10 institutionalised
partnerships based on Art 185/187
(23 Feb 2021, link)

CLUSTER 1: Health

Innovative Health Initiative
Global Health Partnership
Transformation of health
systems*
Chemicals risk assessment*
ERA for Health*
Rare diseases**
One-Health Anti Microbial
Resistance**
Personalised Medicine**
Pandemic Preparedness**
Co-funded or co-programmed
25

https://ec.europa.eu/info/horizon-europe/european-partnerships-horizoneurope/candidates-european-partnerships-health_en

Institutionalised Partnerships (Art 185/7)
Institutionalised Partnerships / EIT KICs
Co-Programmed
Co-Funded
* Calls with opening dates in 2021-22
** Calls with opening dates in 2023-24

Partnership on Rare Diseases
when, how and why?

• The proposed R&I partnership would be established as
co-funded partnership programme, work programme
topic in WP2023 thus starting in 2024
• It would built on the results and experiences the ERA-Net
E-Rare which continues in the frame of the EJP RD
• This R&I partnership would aim to improve the lives of
people living with a rare disease

In summary, my advice for a good start for ERICA:

1. Concentrate on what you have proposed to deliver in your proposal – and thus in
your grant agreement now.
2. Try to clarify what might yet not be fully clear (see e.g. “evaluation summary reports”
by external evaluators, and “ethics summary report” by ethics reviewers).
3. Concentrate, within ERICA, on what only ERICA can offer to ERNs.
4. Establish proper links with other ongoing initiatives to avoid overlaps and optimize
possible synergies.

5. Remember (for ERICA partners – and the overall ERN community) that this is
“Coordination & Support Action”.

Rare Disease Research Team at the European Commission
In Directorate General for Research & Innovation
Irene Norstedt, Director People
Carmen Laplaza Santos, Head of D2 unit, Health Innovations & Ecosystems
Christina Kyriakopoulou, PhD, Senior Policy officer - Research Programmes
Hélène Le Borgne, Policy officer - Research Programmes
(contacts for ERICA)
In the Health and Digital Executive Agency (HaDEA)
Dusan Sandor, Project officer
Klara Starostova, Financial officer
RTD-RARE-DISEASE-RESEARCH@ec.europa.eu
https://ec.europa.eu/info/research-and-innovation/research-area/health-research-andinnovation/rare-diseases_en

Thank you!
#H2020 #HorizonEU
http://ec.europa.eu/horizon-europe
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