LERN EURO-NMD : CHANGEMENT DE
COORDINATION ET PROJETS FUTURS
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QU'EST-CE QU'UN ERN?

" Un reseau de prestataires de soins / centres de santé fournissant des soins
hautement spécialisés, dans le but d'améliorer l'acces au diagnostic, au traitement et
aux soins des patients a travers |'Europe "
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Myopathies
Chair: M. de

Rare Neuromuscular diseases (NMD)
ORPHA code 68331

From infancy o chidhood

Modor neuron
diseases
Chair: L. van den
Berg

Meuromuscular :
Miochondnial
Juncion defects T

Chair: H. .
Lochmiiller Chair: B. Horvath




MNETWORK APPLICATION FORM
I I

Bc. Please list the estimated activity for the main thematic or sub thematic areas of expertise covered by the

Network. Specify the minimum numberof patients to be diagnosed and treated per year
Measure
Rare or Complex Disease(s), m T'::.:: Estimated Total Number of | Estimated Total Number of
Condition(s) or Highly Specialised Treated ;Fnhw;d . Mew Patients per Year for Procedure per Year for the
Intervention(s) wﬂ the Network Metwaork
Adults Paediatric* Adults Paediatric* Adults Paediatric*
Range:17 Range:17 Range:17
1. All Neuromuscular diseases 77243 26129 15449 5226
2, Rare Muscle diseases 27136 5045 5427 1809
3. Rare Peripheral nerve diseases 16030 5344 3206 1069
¥, Rare Neuromuscular Junction defects 7471 2490 1494 A998
5. Rare Motor neuron diseases 10002 3334 2001 667
6. Rare Mitoc hondrial 4052 1351 (810 270
encephalomyopathies
7. Neuromuscular biopsies (muscle, nerve, B785 2928
skin)
B, Neurophysiology 59598 19866
9. MRI applied to NMD M583 1527
10, AUtonomous Nene system tests 1494 n.a.
11, Genetic testing 37734 12578




Network Governance

Board of

Member States Specialist Disease Groups

All HCP representatives
& elected patient

| Muscle Diseases
representative from PAB

M de Visser

Executive
Board

Peripheral Nerve Diseases
Clinical Governance Group M Rel”y
T Evangelista

Comprises of...

Neuromuscular Junction Defects
H Lochmuller

Specialist disease groups x5

Clinical governance

Mitochondrial Diseases
Diagnostic too groups x4 C— R Horvath

CTSRix1

Network Coorqlnator = Education Board x1 ] ) < :
& Secretariat 4 Ethics Committee X1 <gu_ | ™ Motor Neuron Diseases
g PAB representative x1 L van den Berg
: Research board x1

Network Coordinator - Kate Bushby
Clinical Advisor - Teresinha Evangelista
Project Manager - Becca Mc Elwee
Communications Manager - Michael Hails

* Network secretariat\

Genetics

Education Board ; A Ferlini
J A Urtizberea

Research Board V4 Ethics Committee Neuropathology
Hanns Lochmiiller y Jenny Versnel B Udd

External Advisory

Board _
Patient Advisory Board EURORDIS ePAG Neurophysiology
=hobe s it o C Verhamme / P Van den Bergh

Hugh Dawkins - Rare disease policy
Michael Shy - Clinical expert
Annemieke Aartsma-Rus - Research expert

Cristina Csimma - Industry and regulatory Neuromuscular Imaging

P Carlier

Cross-cutting Specialist Groups

- Diagnostics -
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Clinical patient management system

The clinical patient management system or CPMS as it is often referred to will be critical to patient care, diagnosis and

treatment as well as future clinical research.

This is a huge undertaking and there is no such multinational clinical system currently in existence. We will keep you
informed via our various communications channels as to its development, progression and major updates as the system

evolves to meet the needs of its users.

Initially the focus will on diagnosis and treatment for patients by providing tools for collaboration, virtual consultations.

Link to the CPMS =

(Please note that access to this system is available only for members of our ERN)

LA A A

European Reference Networks
Clinical Patient Management System

Overview



Diagram 1 - Care Pathways

EURO-NMD Health Care Provider requests
e-consultation after discussion with patient
: \ HCP directed
Steering group reviews referral to online
and decides on diagnostic g
NMD pathway. Referral or response > guidelines-
: EURO-NMD
patient Within 1 week A o
specific ; * - W
response T
within 8 Information st
weeks is requested by specialist
from referral board

HCP

\ —A Health Outcomes — ) .
Test result. Diagnosis. Care. Treatment




ISTYEAR GOALS

i.  To establish a functional Europe-wide network
i. To collate and review existing information on NMDs

ii. To provide a map of expertise across Europe and define pathways for clinicians and patients to
access the centres of excellence;

These primary goals were for most achieved
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Mapping the
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Defining goals
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EURO-NMD —Year One achievements

European

Reference

EURO-NMD
for rare or low prevalence

complex diseases

Building bridges and breaking barriers
in rare neuromuscular diseases

& Natworle

Website Launched in |- == °-
June 2017

|
o 7 March 2018

( MDA Clinical Conference
; { ¢ MDA 3018
i 11 March 2018
L ] e A

British Peripheral Nerve
Share4Rare - the project to develop a new collective awareness @i Soclty meating 2018

s : 16 Mard
platform for social innovation launches!

International Congress of
peamemmens Research on Rare Diseases -

Genomics of Rare Diseases
G === 26 March 2018

Translational Science of Rare
- Diseases - From Rare to Care
o Iz

View complete list of events
RAREDISEASEDAY.DHE*

Our platforms

nce, the Share4Rare

First Conference Nov |7 —Freiburg
2"4 Nov 2018 -Prague

secretariat did not reach full
capacity until October 2017

Subscribe tc
Newslette

EURO-NMD features in WMS 2017 poster higt

The EURO-NMD poster was chosen for the poster highlights ses:
Muscle Society conference in St Malo, France. Teresinha Evange
which focused on the structure, function and aims of EURO-NMD

how significant they felt EURO-NMD is for the who neuromusculz

find out more

EURO-NM

it we bo se0
gou nFrlb

Working
with rare, low-

and complex diseases
Share.Care.Cure.

Newsletter - October 2017 ™8

Board Members

The Board of the ERN was established in accordance with the procedure stipulted by the Commizsion Delegatad Decizion. It includes one represantative from esch
healthoare provider (full member) of EURO-NVD and one patient representative elected by the Patient Advisory Board. Katie Bushby, Coordinator of the ERN chairs the
Board.

Coruisting of representatives from 61 heslthcare providers from acrass Europe the Board iz the primary decision making body acccuntabie for fostering collsboration;
removing obstacles to the network successful functicring: and mainezining the foous of the network on the agreed scope, cutcomes and benefits.
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EURO-NMD current work

Working on new guidelines : Neuromuscular
@ - Guillain-Barre Syndrome Translational
‘ * Myositis Summer School
Prioritising PROMS: | 4 ° GNE Myopathy :
e ALS * Paediatric Myasthenia Gravis Planning the Summer | 2.6 July
. SMA . ALS School and 2019 2018

training programme

* Myasthenia Gravis

* Peripheral
Neuropathies and

* Myotonic Dystrophy

|
merrNMD o
Neuromuscular Network

Receiving and managing the
diagnosis and treatment of

the first patients through
CPMS

‘:‘:0 Share4Rare I

Starting Work on S4R
and SOLVE RD

EJP -RD

. ©
bOlVG N Planning a COST Action on

genetics




SITUATION A PRESENT

® |La coordination est encore a Newcastle

® Le Board de 'ERN a décideé de transferer la coordination a Paris (APHP / Institut de Myologie) en
mars 2019 indéependamment du Brexit

= [a Commission Européenne a demandeé a tous les ERNs coordonnée du Royaume Uni de ne pas
soumettre le projet pour la « Grant de Coordination » jusqu’ a ce qu’il donne des nouvelles
indications

= La subvention pour la deuxieme année se termine fin Fevrier 2019 — on commence a avoir des
problemes avec les personnes employées sur cette subvention



PROBLEMES

" Incertitude en regardent le future; « Timelines » imposée par la CE

= Changement de personnel de Newcastle a Paris; comment ca peut ce faire sans perturber les travaux?

= Utilisation du CPMS et les problemes regardent la responsabilité civile des compte rendus écrits

= Comment incorporer des nouveaux membres et les « Affiliated Partners »?

= Intégration des ERNs dans le systeme national de santé des états membres

= Remboursement des actes médicaux pratiqués au sein de 'ERN



LE FUTURE

Lignes des actions principales

EDUCATION
E-Consultation
Lignes directrices

Forte participation dans des programmes européennes — ouvert a tout les HCPs

Continuer l'interaction avec La Commission Européenne afin d’influencer les politiques concernant les ERNs
Au niveaux Nationale avoir une action concertée avec FILNEMUS at FILSLAN

Interaction avec EMA



For further details contact: info@ern-euro-nmd.eu

@euro_nmd W

ern-euro-nmd.eu

CPMS help Desk: support@ern-euro-nmd.eu

“EURO-NMD is one of the 24 European Reference Networks (ERNs) approved by the ERN Board of Member States. The ERNs are co-funded by the European Union
(Health Programme and CEF).
For more information about the ERNs and the EU health strategy,
please visit ec.europa.eu/health/ern*



http://ec.europa.eu/health/ern

