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Connecting the dots in

the rare diseases research ecosystem Objectives

To improve the health and well-being of 30 million
people living with a rare disease in Europe, by
making Europe a world-leader in RD research and
innovation.

» Diagnosis established or enrolment in systematic
research in average within 6 months after coming to
medical attention

and beyond, the majority of which addressing diseases
without approved options

« Better understanding of the impact of rare diseases on
patients, families and society to improve quality of life
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E-DERA

European Rare Diseases
Research Alliance

180 Organisations

40 funders

81 research performing
organisations

9 patients’ organisations
3 research infrastructures

24 private for-profit partners
(industry & SME)

23 other (univ, hospital, non-

profit, public administration)

WP1
Coordination and management

Coordination & Strategy

WP2

Communication & dissemination

Wp3
Joint Transnational Calls for
collaborative research projects

Wp4
Clinical trial call management

WP5
Networking to share knowledge on
research

WP13
Rare Diseases-Virtual Platform (RD-VP): Finding and
accessing the data ecosystem

Wp14
Data readiness services

WP15
Data sharing and analysis services

'WP16
Knowledge bases and ontologies for RD research

WpP17
Mentoring and consultancy

WP18
Regulatory support service

WP6
Diagnostic data availability

wp7

Genome re-analysis research pipeline

wpg.

Innovation to shorten time to RD diagnosis

wpg
Real world
data

wp10
Clinical Outcome Assessm:

wP11

Advanced Therapeutic Medicinal Products

WP19
Methodological Support

Wp20
Education and training in rare diseases research

Wp21
Technology accelerator

wp22
Public-Private Collaboration Accelerator

Co-funded by
the European Union
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The purpose of NMGs

« The concept of NMGs was developed to help bridge the gap between the
European/International RD level, on the one hand, and national RD level on the
other: effectively, this means

« Channeling national needs, realities and good practices into ERDERA, to help shape its
activities

« Optimise the dissemination — and hopefully the implementation and use — of the outputs
and lessons of ERDERA into the national landscape

« Furthermore, NMGs should enable more focused interactions and good practice
sharing between countries

« NB — Can be an existing or new group/body: and can be mostly research-focused
or look at broader RD issues.
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Overview of WP23

Task Task Task

Fostering creation Deployment and Animation of National

of National Mirror operations of
Groups National Mirror Groups

Mirror Groups
synergies
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Development of National Mirror Groups -
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Involvement of patients

- the involvement of national alliances within each NMG is very important

- Each NMG must have patient organisations representatives involved
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Responsibilities of NMGs at national level

NMGs should:

« Seek to unite the RD research community in their national territory (and either integrate the
‘care' community too, or else forge robust links to suitable groups/structures)

- Bridge the gap between national/regional RD activities and expertise, on the one hand, and the
international level on the other (embodied by, as a minimum ERDERA, but considering also
IRDIRC and any other relevant pan-RD structures or initiatives)

« Do their best to ensure all key stakeholders in their national territory are represented in the
NMG - including the following, as far as possible, plus representatives of any other relevant
national structures:

o researchers, clinicians, people with lived experience (ideally national alliance for RD organisations, where existing),
ERN representatives, national competent authorities, key funders, regulatory experts

+ Do their best to ensure, directly or indirectly, that there is an active, specific and meaningful
national plan in the country, with multistakeholder engagement
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National Mirror Group Activities (1)

Responsibilities of a NMG at the national
level

Meeting with the WP23 leads

Each NMG will have an annual* meeting (virtual) with WP 23
leads, for us to better understand your needs, activities,
realities, & assess how the NMG concept is working.

*we could arrange additional calls if requested, perhaps
especially for UCs?

E -DE M European Rare Diseases
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NMG General meetings and National
Alignment Board meetings

- 1 or more virtual NAB meeting per year,

- Tin-person Annual general meeting (maybe back-to-back to
future GAs) per year

These meetings will be the opportunities for all NMG LEADS
to meet together with us.

WP23 Topic Workshops

Each NMG should be represented in annual topic workshoy
intended to share good/innovative practices, generate ne
knowledge, explore ERDERA advice, and optimise synergie
for greater alignment.




National Mirror Group Activities(2)

Interact between NMGs: Collect Data:

Each NMG will have their own channel in MS Teams for "Short annual survey on NMG activity (metrics)

internal comms as well as different channels for *Complete/update ‘State of the Art of RD’ survey
communication with other NMGs —especially want to *National needs and preferences around training
build synergies between countries with similar

situations/geography, etc (dedicated slides on this!)

Help shape ERDERA WPs: Support ‘Train the Trainer’ activity

NMG member interests will be matched to hot topics As well as sharing info on national training needs
within ERDERA workstreams and WPs, & ad hoc (above), decide which topic NMGs mightwish to
opportunities created for NMG members to provide prioritise, identify & engage a training provider,
input encourage participation in the agreed training activity
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What data do we need NMGs to provide?

Focus here is obtaining the data we need, without overburdening NMGs - important to avoid duplication with
JARDIN, in particular

L

3

Data on national status quo,

across a wide range of RD topics:
Revised version of the survey
used 2015 onwards for the
Resource on the State of the Art
of RD Activities in Europe

Basic metrics (e.g. no. of
members, no, of national
meetings held, outputs of
ERDERA shared, engagement of
NMG membersin ERDERA
events, etc)
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DECIDE

Liaison & coordination
mechanisms with EU level DGs Governing Board Board of Funders
and Agencies

-------------------------------------------------------------------------------------

Multistakeholder
Advisory Beard

Executive Committee

Operating Group
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Coordination Office National Mignment

Board
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National Alignment Board (NAB): Advisory Functions and Structure

Role
Provides continuous feedback
from relevant national
stakeholders to translate

efficiently the specific needs and
strategy represented by countries
or European Commission as well
as the outcomes of ERDERA.

Composition

Composed of representatives of
each National Mirror Group (NMG)
and representatives of the EC
Directorates: DG Research &

Innovation, DG Joint Research
Centre (JRC), DG SANTE, DG
CNECT

Meeting Frequency

NAB meetings will take place at least
once a year in order to share the
progress on the creation and
operations of NMGs, to highlight
success stories and to share good
practices (if relevant back-to-back to
the  yearly ERDERA  consortium
meeting).
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https://www.facebook.com/ERDERAeu/
https://www.instagram.com/erdera_org/
https://x.com/ERDERA_org
https://www.linkedin.com/company/erdera/
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