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developments and expectations.
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Innovation for Rare Diseases and Complex Conditions

The context

The European Model: _
- The creation and functioning of Centres of Expertise

- The European Reference Networks (ERNs)

European
Reference
Network

- The clinical practice guidelines/clinical decision support tools

- eHealth programs, support tools, programs for new Doctors and Teams.

> 8,000 rare diseases affect around 30 million people in the EU.

Many Patients have no access to diagnosis and high-quality treatment.

No country alone has the knowledge and capacity for all rare diseases.

European Reference Networks (ERNs) are virtual knowledge-sharing

networks of expert teams of healthcare providers across Europe.
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‘The ERN initiative receives support from several EU
funding programs, including the Health Pr ing Eur
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EU ERN and Policy developments

European Commission: start ERN’s in 2017, Vilnius
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24 ERN'’s started in 2017 according to operational criteria

ERN Governance

BOND ERN Bone Diseases EuroBloodNet Onco-Hematological Diseases
CRANIO Craniofacial Anomalies and ENT (" eurocen Urogenital Diseases |
disorders

Endo-ERN Endocrine Conditions GUARD-HEART Diseases of the Heart
EURO-NMD Neuromuscular Diseases ITHACA Congenital Malformations

and Intellectual Disability
ERKNet Kidney Diseases MetabERN Hereditary metabolic diseases
ERN GENTURIS Genetic Tumour Risk Syndromes -

PaedCan-ERN Paediatric Cancer

ERN-EYE EyeDiseases RARE-LIVER Hepatological Diseases

ERNICA Inherited and Congenital Anomalies ReCONNET Connective Tissue and
Musculoskeletal Diseases
ERN-LUNG Respiratory Diseases RITA Immunodeficiency, Autolnflammatory
ERN-RND Neurological Diseases and Auto Immune Diseases
ERN-Skin Skin Disorders TRANSPLANT-CHILD Transplantation inChildren
EURACAN Solid Adult Cancers
VASCERN Multisystemic Vascular Diseases

ERN European
Coordinators Commission
Group (DG Sante)

Knowledge Generat
IT/CPMS

Board of
Member States

Ethics & Data Protection
Monitoring & Quality Improvement

ERN Integration into National Healthcare Systems

Workgroups
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EU Member States and ERN participation 2019

otonal mempecip of et
ety

< ERN current Members include:
/956 highly specialised healthcare units
+/ 313 hospitals
/25 iU Member States plus Norway

« Currently number of ERNs covered per

country (including ERN members, Associated
National Centers and Hubs)

v 1264 (74.4%)
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EU ERN HCP’s 2019: 11-11-2019

74 % Coverage of EU

24 ERN’s / Countries
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ERN Call for new Members 2019 > HCP Applications

ERN IT Support & Communication: IC Form > ERN CPMS Video Consult

Overview Work ofthe ERNs  Networks ~Board of Member States

#A O Alltopics

2019 call for membership to the existing European Reference
Networks (ERNs)

30 September - 30 November 2019
The first call for new members to join existing 24 ERNs is open until 30 November 2019. Please read carefully the content of this website

e s vesoaen 09 () 14-11-2019;

\{ :; > 1000 Applications in The Online Tool

-+ How to apply to become a member of an ERN?

100 % EU Coverage in 2021 !

‘The membership application process will involve several steps:

bty call_membership_nl
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ERN Research Agenda and EJP - RD ERN eUROGEN Establishment 2015 - 2017

-, e EAU Madrid / June EAU SCO 2015 =, 4
& TRANSVERSAL ACTIVITIES _ 4'_ L

ETHICAL LEGAL REGULATORY & IPR ISSUES
COMMUNICATION & DISSEMINATION
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Lisbon EU 2-ERN meeting 2015

v

SULDING &
EMPOWERMENT

Duration: 2019-2024
5-yearbudget: 55 mio € (EU) + 30 mio € (member states)

ERN eUROGEN application 2016  (HcP Sheffield / EAU CO)

IAB process and approved by the EU Board of Member States
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ERN eUROGEN 2019 SBM, Noordwijk, NL
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ERN eUROGEN 2019: 45 Hospitals / 19 Member States
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ERN eUROGEN Structure 2019 ERN eUROGEN Disease areas 2019
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= = Cross 24 ERN Collaboration
European collaboration / Trust ERNICA
Safe exchange of Information ERKNet
Life long care programs EndoERN
Fact sheets for best practice g:r:\!‘);:nwrs
ideli and/or ]
Clinical decision support tools TransplantChild

Expansion of Diseases/Conditions
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24 ERN'’s started in 2017 according to operational criteria

ERN Objectives and focus points 2019

Onco-Hematological Diseases
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BOND ERN Bone Diseases EuroBloodNet
CRANIO Craniofacial Anomalies and ENT EUROGEN

disorders
Endo-ERN Endocrine Conditions GUARD-HEART
EURO-NMD Neuromuscular Diseases ITHACA
ERKNet Kidney Diseases MetabERN
ERN GENTURIS Genetic Tumour Risk Syndromes

PaedCan-ERN

ERN-EYE Eye Diseases RARE-LIVER
ERNICA Inherited and Congenital Anor ReCONNET
ERN-LUNG Respiratory Diseases A
ERN-RND Neurological Diseases
ERN-Skin Skin Disorders TRANSPLANT-CHILD
EURACAN Solid Adult Cancers

VASCERN

Diseases of the Heart

Congenital Malformations
and Intellectual Disability

Hereditary metabolic diseases

Paediatric Cancer
Hepatological Diseases

Connective Tissue and
Musculoskeletal Diseases

Immunodeficiency. Autolnflammatory
and Auto Immune Diseases

Transplantation in Children

Multisystemic Vascular Diseases

EAU GL Office
ESPU Board

management:
Adoptionand development
of guidelines and pathways

Monitoring

performance
endoucomes: | AMEQIS)

Patient registries
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and ESU

ERN IT Support & Communication: IC Form > ERN CPMS Video Consult ERN AMEQIS CPMS Status Report
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U ERN training and Education 2019; new developments

[ Guidelines

EU ERN CG workgroup and actions:

ERN Guidelines on of guidelines Guideli
and / or ERN Decision Support Tools au ;;: ;;esl ‘3:
Urology

ERN support for the developement of GL’s / Rec.

EAU Guideline office and ERN collaboraton

EU Tender 2019 ! > Actions in 2020 expected

HEALTH PROGRAMME 2019

short-term exchange visit programmes g N\
. forERN healthcare professionals &
)

104 weeks
2mio € for 2 years

(approx. 40k €/year per ERN,
i.e.10-15 exchange stays)

EUROPEAN JOINT PROGRAMME

RARE DISEASES

PILLAR 3 — Capacity Building e
Short-term exchange visit pmgrzmmes,

for ERN researchers \

Duration TBD

2.5 mio € for 5 years
(est. 6-8 exchange stays)
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Webinars ERN eUROGEN and ESU Planning

EU ERN Registry Call 2019

UROwebinar =

Learn from the experts

g

Presenter..... See list of SPEAKERS
Date... To be announced and coérdinated with ESU

Title ERN eUROGEN GOTOWebinar

M Open: 21 May 2019
Deadline:10 September 2019 17.00 CET
3= Health Start: ~ March 2020

Programme

Duration:36 Month
stmanrosame Eynding: € 200.000/ERN = max = 60 %

Cal for project proposals under the Annual
‘Work Programme 2019

Mandate of all Members !
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ERN eUROGEN Registry 2019 Application

ERN eUROGEN Registry 2019 Application

with the registry and
appreciate its added
valve

Expansion phase

* Disease demographics

* Study

* Genetic data (where available)
* Natural history of the diseases

* Surgical/invasive intervention dota

* Clinical ovtcome indicators for each workstream

and treatment efficacy
into adulthood

* New guidelines for EU

standard care
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ERN AMEQIS 2019 ERN eUROGEN

" ERN eUROGEN: total numbers 2013- 2018 (V1; Q1-2 2019)

objectve
E SANTE DATA COLLECTION PLATFORM

About this dossier

output on:_ 201904135 1529 Status: open
(Erspenambos) Crested: 20190411 1030
Last pdated: 20190415 1353

conti

g of ERNS

e of the R

European Reference Networks.

ERN Continuous Monitoring and Quaity Improvement System - Core set of
indicators "o - L

1D: 20190411-4L3PRISF

Submitting ERN  suROSEN vear 208

Total expected impact ERN eUROGEN: 29 HCP
on patiént numbers: Years: 2013 — 2019 Q 1-2

Number of rare new patients: 43,307

Number of rare procedures: 39,659

Measure 2013 2014 2015 _ 2016 _ 2017 _ 2018 2019Q2 Total
Number of patients / year 20542 | 21,574 [ 22,344 [ 24,335 [ 24,796 [ 24,290 17,591 [ n/a

ey Do of C: lative patient population | 20,542 | 26,777 | 33,198 | 39,914 | 46,724 | 53,699 | 58,134 n/a
otal number Number of new patients /year | 5,715 | 6235 | 6421 | 6,716 | 6,810 | 6,975 | 4435 | 43,307
ICodes: 114 Number of procedures / year 5326 5,546 5,790 6,435 6,303 6,717 3,542 | 39659
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Rare2030

Rare2030
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Rare2030

-EU project 2019 — 2020 (€2M)
e o -Foresight studies for Rare Disease Policy

-Traditional drivers and wild card factors

-Panel of Experts (ERN eUROGEN)

Thinking
the future

FORESIGH

Open
Participatory
Action Oriented

Debating Shaping
the future the future

Source: JRC-IPTS
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EURORDIS; How can | participate ?

ERN eUROGEN Supporting Partner Developments

)1y

An insight into the participation of rare
isease patients in research
54

pean | eUROGEN

roj
ference
twork

w European Association of Urology

Urogenital Diseases

Voices)

€UROGEN

uropean
ference | Urogenital Diseases

433" Network

ean | eUROGEN
n<e | Urogenital Diseases

ERN’s 2019 HCP Members and > 150 Affiliated Partners

ERN eUROGEN

EUROPEAN REFERENCE NETWORKS

FOR RARE, LOW-PREVALENCE AND COMPLEX DISEASES

Share. Care. Cure.
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for rare or low prevalence
complex diseases
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Medical Centre Nijmegen
— The Netherlands
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