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The content and procedures of the call described in this pre-
announcement may be subject to change and are not legally
binding.

The European Joint Programme on Rare Diseases (EJP RD) has
successfully implemented four Joint Transnational Calls since 2019
to further help in coordinating the research efforts of European,
Associated and non-European countries in the field of rare
diseases and implement the objectives of the International Rare
Disease Research Consortium (IRDIRC). These actions are following
the ten Joint Transnational Calls for rare diseases research

projects launched previously by the ERA-Net E-Rare since 2006.

A number of national and regional funding organisations will
participate in the EJP RD Joint Transnational Call (JTC) 2023 and
will fund muiltilateral research projects on rare diseases. Final
decision on participating funding agencies will be issued before
the launch of the call. The call is expected to be opened
simultaneously by the following funding organisations in their

respective countries/regions:

e Austrian Science Fund (FWF), Austria*

 Fund for Scientific Research — FNRS (F.R.S.-FNRS), Belgium,
French-speaking community

e Canadian Institutes of Health Research — Institute of Genetics
(CIHR-1G), Canada

¢ French National Research Agency (ANR), France

¢ German Ministry of Education and Research (BMBF), Germany

¢ German Research Foundation (DFG), Germany

+ National Research, Development and Innovation Office
(NKFIH), Hungary* Privacy - Terms



e Health Research Board (HRB), Ireland

e Chief Scientist Office of the Ministry of Health (CSO-MOH),
Israel

e ltalian Ministry of Health (IT-MoH), Italy

 Regional Foundation for Biomedical Research (FRRB),
Lombardy (Italy)

¢ Tuscany Region (RT/TuscReg), Tuscany (Italy)

e Fondazione Telethon, Italy

e Research Council of Lithuania (LMT), Lithuania

 National Research Fund (FNR), Luxembourg

« National Centre for Research and Development (NCBR),
Poland

« Slovak Academy of Sciences (SAS), Slovakia

 National Institute of Health Carlos Il (ISCIII), Spain

e Swedish Research Council (SRC), Sweden

e Vinnova, Sweden*

 Swiss National Science Foundation (SNSF), Switzerland

» The Scientific and Technological Research Council of Turkiye
(TUBITAK), TUrkiye*

*Decision is still pending for JTC2023

a Aim of the call ()

The aim of the call is to enable scientists in different countries to
build an effective collaboration on a common interdisciplinary
research project based on complementarities and sharing of
expertise, with expected impact to use the results in the future
for benefit of patients.
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Diseases

The objective of this call is to conduct efficient, innovative and
high-quality natural history studies which will facilitate
understanding of the disease’s or group of disorders’
progression throughout the lifespan of a patient. The goal of
these studies is to collect and analyze comprehensive patient
data to define targets for future therapies, taking into

consideration innovation, safety, and efficacy.

Research proposals should cover at least one of the following

areds:

1. Estimation of disease prevalence;

2. Identification of biomquers/componions for the
diagnosis/prognosis of a RD;

3. Identification of biomorkers/indicqtors/predictors of a rare
disease or group of disorders (e.g. having the same
aetiology) onset/progression (including collection of
genetic, physiological, environmental data or variables....);

4. |dentification of relevant endpoints for future studies that
include potential biomarkers, querying patient-reported
outcomes (PROs) and quality-of-life measures to identify
the most;

5. Identification of biomarkers/variables for therapeutic
approaches (pharmacology, drug repurposing, gene
therapy, RNA therapy, cell therapy, medical devices...).

It is possible to use cellular and animal models for validation of
the new diagnostic approaches in the subtopics listed above
vehiere relevant.

Furthermore, additional elements need to be considered in 1
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1. Inclusion of patient and caregiver perspectives from the RD
community is strongly encouraged. Patients living with a RD
or a family member who cares for them, have experiences
and knowledge that can contribute to generating data
about the natural progression of the disease. Patients
should be involved in all steps of planning and
implementation of the study;

2. For the small group of well-characterized rare diseases
with approved treatments or improved standard of care,
prospective studies can define the altered disease
progression under the current medical setting. Thereby,
studies collecting data regarding adverse events and
providing reference/data for development of a more
effective or safer treatment can be considered for
complementing the natural history study.

The following approaches and topics are excluded from the
scope of the call JTC2023:

1. Interventional clinical trials to prove efficacy of drugs,
treatments, surgical procedures, medical procedures. This
also includes studies comparing efficacy, e.g. two surgical
techniques or therapies. Projects whose main objective is
the implementation of a clinical phase IV
pharmacovigilance study cannot be funded either.

2. Studies on the exclusive testing of the safety of medical
devices and drugs.

3. Development of new therapies as covered in EJP RD JTC
2020.

4. Development of new analytic tools and pathways to  sacy - Tems
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of rare diseases as covered in EJP RD JTC 2022.

5. Projects focusing only on rare neurodegenerative diseases
which are within the main focus of the Joint Programming
Initiative on Neurodegenerative Disease Research (JPND).
These are: Alzheimer’s disease and other dementias;
Parkinson’s disease (PD) and PD-related disorders; Prion
diseases; Motor Neuron Diseases; Huntington’s disease;
Spinal Muscular Atrophy and dominant forms of
Spinocerebellar Ataxia. Interested researchers should refer
to the relevant JPND calls. However, childhood
dementias/neurodegenerative diseases are not
excluded.

6. Rare infectious diseases, rare cancers and rare adverse
drug events in treatments of common diseases. Rare
diseases with a predisposition to cancer are not excluded.

a Consortium makeup ()

Projects shall involve a group of rare diseases or a single rare
disease following the European definition i.e. a disease
affecting not more than five in 10.000 persons in the European
Community, EC associated states and Canada. Applicants are
encouraged to assemble groups of rare diseases based on
solid criteria and commonalities if these leverages added value
in sharing resources or expertise and has the capacity to
elucidate common disease mechanisms and therapeutic

targets.

Pariners belonging to one of the following categories may
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country/regional regulations):

1. academia (research teams working in universities, other
higher education institutions or research institutes),

2. clinical/public health sector (research teams working in
hospitals/public health and/or other health care settings
and health organizations),

3. enterprises (all sizes of private companies) when allowed
by national/regional regulations,

4. patient advocacy organizations.

The maximum duration of the project is three years.

Only transnational projects will be funded. Each consortium
submitting a proposal must involve four to six eligible principal
investigator partners from at least four different participating
countries. No more than two eligible partners from the same
country can be present in each consortium (further national
limits may apply). This limit applies to Early Career Researchers

and partners from underrepresented countries (see below).
The number of partners can be increased to 8 in two cases:

1. The inclusion of partners from participating countries
usually underrepresented in projects (Slovakia, Hungary,
Lithuania, Poland, Sweden and Turkiye).

2. The inclusion of Early Career Researchers as full partners.

Each transnational proposal must nominate a project
consortium coordinator among the project partner principal
investigators. The coordinator must be an eligible project
nartner from an EJP RD JTC 2023 funding country/region. Th

project coordinator will represent the consortium externall, ;"\ ™™



the JCS and to CSC, and will be responsible for its internal

scientific management (such as controlling, reporting, and
intellectual property rights issues). This workload should be
taken into account in the estimation of the budget of the
coordinator. A single principal investigator will represent each
project partner. Within a joint proposal, the principal investigator
of each project partner will be the contact person for the

relevant country/regional funding organization.

The aim of the call is in compliance with the vision and goals set
by the International Rare Diseases Research Consortium
(IRDIRC) which fosters international collaboration in rare

diseases research. For more information, visit the IRDIRC website
(https://irdirc.org/).

The use of JTC2023 matchmaking tool is strongly encouraged
to build multidisciplinary research projects:
https://live.eventtia.com/en/jtc2023matchmaking
(https://live.eventtia.com/en/jtc2023matchmaking)

(the platform will be open ten days after this publication)

a Timetable ()

There will be a two-stage submission procedure for joint
applications: pre-proposals and full proposals.

An independent international Scientific Evaluation Committee
will carry out a scientific evaluation according to specific

evaluation criteria.
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12th December 2022  Launch of the call

. Information webinar for potential
15" December 2022

applicants*
15t February 2023 Pre-proposal submission deadline
End of April 2023 Invitation to full proposal
14t June 2023 Full proposal submission deadline
26" July 2023 Deadline for rebuttals
Decemlber 2023 Notification of funding decision

*You will need to register to participate in the information

webinar here: https:/[forms.office.com/r/CLYFTuzRyw

Further information and the official publication of the call will be
available on the website of the EJP RD

For general questions regarding the joint call please contact the
Joint Call Secretariat at the ANR, France:

E-Mail:

L. florence Guillot; Dr. Ingrid Pfeifer; Dr. Camille de Almeida
EJPRDcall@anr.fr (mailto:EJPRDcall@anr fr) Privacy - Terms



For questions regarding national eligibility criteria and
requirements please contact the national contact person
listed below

The content and procedures of the call described in this pre-
announcement may be subject to change and are not legally

binding.

» National contact points ()

Featured Links

> Helpdesk (https://www.ejprarediseases.org/our-actions-and-

services/central-helpdesk/)
> Sitemap (https://www.ejprarediseases.org/?page_id=5076)

> Careers (https://www.ejprarediseases.org/careers/)

Where we are

Privacy - Terms



EJP RD INSERM Hopital Charles-Foix
7 avenue de la République

94200 Ivry-sur-Seine

France

I !nserm

La science pourlasanté
From science to health

The EJP RD initiative has received funding from the European Union'’s
Horizon 2020 research and innovation programme under grant
agreement N°825575
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