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EPIRARE

Co-funded by the EU Commission (DG SANCO)

General objective

* To build consensus and synergies to address regulatory, ethical and technical
issues associated with the registration of RD patients and to elaborate possible
policy scenarios.

SPECIfIC Objectives
To identify the needs of the EU registries and databases on RD
 To set up amendments to the draft Data Protection Regulation

 To agree on the Register and Platform Scope, Governance and long-term
sustainability

 To agree on a Common data set, purpose- and disease-specific data collection
and data validation

* To identify tools and other facilities supporting the operation of the platform
users
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Www.epirare.eu
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European Platt

Survey among current registries on

“Activities and needs of RD registries
in the EU”

Scope and Selected Results
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The survey of registries

The survey scope
 Aims and scope of existing RD registries

* Sources, data collected, methodology and quality
issues

 Data protection and ethical issues
 Governance, communication and data sharing
* Financial sustainability

 Needs, expectations, opinions on the platform

Valid Respondents
e 220 registries
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Reason for establishment
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Aims of the registry (select all that apply)

Epidemiclogical research T0.8%
Clinical research
(patient recruitment
for clinical trials)

6127%

Matural history

of the disease 807 %

Disease surveillance

Genotype-phenotype 534 %
correlation

Treatment eval _uatinn
(efficacy)

Mutation database 429%

Healthcare
Services planning

Treatment
monitoring (safety)

Social planning
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Informed Consent
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Approval by a Research Ethics Committee
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up research

Ethics Committee approval
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Main Governing Board

Has the register a main governing board?

66.3 % (138)

20%

0%
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Members of the Governing Board

IF YES, How is the governing board composed? (select all that apply)

100 %

892 % (124)

80 % —

60 % —

40 % —

29.8 % (40)

20°%

0% —
Internal members Patient representatives External experts
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Registries main nEEdS(seIect max 5 answers)

Gather financial support

Motivate data providers

Aszess the quality
of your data

Communicate and

publicize your results 462 %
|Jpdate your data
collection form 402 %

Recruit new
data providers

Link your register

with other registers 362%

‘widen the geographical

coverage of the register 256 %

Link your register
with biobanks and
bicinformatics
Strengthen the
relation with patients
associstions

24E%

Al other replies

i
0% 20 % 40 %, B0 %
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Useful tools (select max 5 answers)

IT tools (e g. Database
software and
secure data exchange),

Tools for networking
among partners and
among registries

Quality control
systems. quality
experts advice. etc.

Legal advice

Model documents (e.qg.
Infarmed consent farm)

Facilitated access to
useful data sources

Expert technical advice

I
0% 20% 40 % 60 % 80 %
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The EPIRARE Platform model

Functions:

» CDE data repository; metadata repository

» Provision of tools and resources of use to registries;

» Production of predefined information for institutions, patients and the public;
« Communication to the public, promotion of registration and networking.

External Quality Assurance System (EQAYS)

The Governing Boards include patients representatives and ensure ethical
processing of data

Multiple data sources
to increase accuracy, to reduce sample biases and to estimate underreporting

Inclusive approach
 Participating registries and databases comply with data quality criteria.
 Atailored quality assurance plan is proposed to hon complying registries.

Independence: Institutional control and location in a public institution (JRC, Ispra)
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Proposed purposes of the Platform Information production

» Epidemiological information
 Information for RD policy planning and monitoring;

* Monitoring RD-dedicated health services and their
Integration in the NHS;

* Health technology assessment (appropriateness of OD
and other treatments)

e OD and other treatment costs
 Patient recruitment and support to health research

 Patient care benchmarking
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EPIRARE-related initiatives

International Workshop

RARE DISEASE AND

ORPHAN DRUG Preliminary program and registration: www.epirare.eu
REGISTRIES
8-9 October
ko The International Summer School
on Rare Disease and Orphan Drug
Registries
Rome (ISS), September 16-20, 2013
‘ The Second International Workshop
on Rare Disease and Orphan Drug
Registries

Rome (ISS), October 21-22, 2013

First Announcement and CALL for
ABSTRACTS
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The new Draft Regulation on the General Data Protection, currently

discussed in the EU Parliament, hinders the use of the small amount of RD
data that are collected.

It will dramatically delay health research and the improvement of health
care of RD patients!

This petition is supporting the amendments requested by EPIRARE,
EURORDIS and many other organizations.

Further explanations and model e-mails in 9 languages on the www.epirare.ey website

Please sign the petition and spread the word:

the link Is on www.epirare.eu

As of 27 May we have reached 2406 signatures, but we aim at 10 000!
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The EPIRARE Network

37 partmers in 16 countries in 3 continents To join and be consulted on

the EPIRARE documents
— — ,
H — = ] & see instructions at:

www.epirare.eu

£l El

Would yvou like
to join EPIRARE?
, The EFIRARE project s open b mew callaboratios.,
IF you wami to jom the netvwork please send an enanil o

o epirare{liss.it
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