











+ Maintain and reqularly evaluate and update EURORDIS’
communications tools such as the EURORDIS website,
eNews, dedicated Member News, EURORDIS' social
media, webinars programme;

+ Consolidate EURORDIS webinar programme used
within different EURORDIS activities and different
target audiences

+ Maintain and cultivate relations with media covering
the policies of the European Union

2.2.2 EURORDIS Open Academy
& other trainings

+ Review the vision and the strategy of EURORDIS on
the Open Academy, to ensure that the programme
developments in the most meaningful, cohesive and
financially sustainable manner; Design a multiannual
training programme, with a relevant and flexible
training curriculum delivered within a blended

approach, including face-to-face and online training
(webinars and e-learning).

+ Organise the third edition of the EURORDIS Winter
School on Scientific Innovation and Translational
Research, including one week of online training, in
March 2020, preceded by pre-training webinars and
e-learning courses.

+ Organise the thirteenth edition of the EURORDIS
Summer School on Medicines Research &
Development, including one week of online training,
in June 2020, preceded by pre-training webinars and
e-learning courses. A post-training online module will
also take place in September.

+ Organise the second edition of the EURORDIS
Leadership School, for ePAG advocates, including 8
webinars, from April to November, and two-days of
intensive training, in October 2020.

+ Organise the EURORDIS Digital School, as a fully
online programme, with webinars and e-learning
courses;

+ For each of the Open Academy schools, coordinate
the contents of the course with the respective multi-
stakeholder Programme Committee, continuously
updating and improving the content and the delivery
methods;

+ Further develop the Open Academy’s e-learning
platform, increasing the availability and outreach of
online training materials to more patient advocates,

free of cost; improve the Summer and Winter
School’s e-learning courses, curating and updating
the content.

+ Within the European Joint Programme for Rare
Diseases, co-organise an “EJP Leadership Training”
for ePAG advocates and other patient advocates who
wish to be involved in ERNs or research, in Gdansk, in
November 2020.

2.3 RAISING AWARENESS & INFORMING

2.3.1 Rare Disease Day 2020 & 2021

+ Implement the recommendations of the strategic
review performed in 2019 to the International Rare
Disease Day to create further positive change for
people living with a rare disease over the next decade:
champion the logo, targeted audiences, simpler
messages, more visuals less words, more social media,
common features

+ Coordinate the international Rare Disease Day 2020 in
over 100 countries; focus the campaign on reframing the
basic key messages about rare diseases: rare is many,
rare is proud, rare is strong / 5% of the population, rare
is 6000 diseases

+ Extend the 2020 campaign throughout the year with
social media and stories from the global campaign

+ Co-create and produce Rare Disease Day 2021 campaign
materials (visuals, website update, video) building on
strategic review recommendations and a call to action

+ Prepare the EURORDIS’ specific European events for
RDD 2021:

+ Plan the 1° Rare Disease Week in Brussels in February
2021 for 5o patient advocates selected from most
EU Member States, as a capacity building and
advocacy week, with trainings on EU and national
policy making ; interactions with decision-makers in
the EU Institutions and Permanent Representations,
including meetings with a wide range of MEPs,
in connection with the European Network of
Parliamentarian Advocate for Rare Diseases

+ Plan the final conference of the Foresight Study Rare
2030 at the European Parliament
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3. Patient Engagement

3.1 PATIENT ENGAGEMENT IN EUROPEAN
REFERENCE NETWORKS (ERNS) AND EUROPEAN
PATIENT ADVOCACY GROUPS (EPAGS)

+ Promote a meaningful patient engagement in
ERN activities & provide regular support to ePAGs to
ensure that they bring into the Networks activities
the perspective of the wider patient community in
the development of clinical decision support tools,
outcomes measures, research and other patients’
relevant activities

+ Define and pilot an ePAG impact assessment
framework to evaluate the impact of the ePAGs
engagement in the ERNs. Build the evidence around
patient engagement in the ERNs

+ Promote and facilitate exchange of ePAG good
practices and improve the management of knowledge
assets to enable ePAGs to share, re-use and access
relevant information and contents

+ Further build ERN team members capacities on
patient engagement methodologies

+ Reviewthe 24 ePAGs governance modelstoinformthe
process for the renewal of ePAG advocates mandates in
2021 ahead of the next ERN 5 years cycle; Review the
ePAG Constitution building on experience gained to
ensure it continues to be fit for purpose, and support
the ePAG groups in its implementation.

+ Contribute to the promotion of common methods to
capture feedback on patient satisfaction & patient
experience across the ERNs (including through Rare
Barometer)

+ Deliver a comprehensive capacity-building programme
Leadership School for ePAG patient advocates within
EURORDIS Open Academy; organise an all-ePAG
online workshop 5* and 6 of November on and an
online 1-day Steering Committee meeting on the 30*
of October.

3.2 PATIENT ENGAGEMENT IN
THERAPEUTIC DEVELOPMENT

3.2.1 Support Patient involvement
in EMA activities

EUROPEAN MEDICINES AGENCY

SCIENGCE MEDLTELINES HEALTH

+ Participate in the EMA Committee for Orphan
Medicinal Products (COMP)

+ Participate in the EMA Pharmacovigilance and Risk
Assessment Committee (PRAC)

+ Participate in the EMA Paediatric Committee (PDCO)

+ Engage patients as experts for CHMP consultations in
writing, in Scientific Advisory group meetings, during

oral explanation with the marketing authorisation
applicant,

+ Review Herbal Monographs prepared by the Herbal
Medicinal Products Committee (HMPC)

+ Participate in EMA Human Scientific Committees’
Working Party with Patients’ and Consumers’
Organisations (more commonly known as the Patients’
and Consumers’ Working Party or PCWP), with one
representative member, one alternate, and one
representative of the PDCO and one representative of
the PRACin PCWP.

+ Support EURORDIS patient representatives in EMA
Scientific Committees and Working Parties with the
EURORDIS Therapeutic Action Group (TAG) via
monthly conference calls and sharing information,
agendas, reports, providing mutual support and by
discussing main issues. The TAG also includes EMA
patient representatives which are not representing
EURORDIS on these Committees and Working Parties,
no matter whether they are EURORDIS members or
not.

+ Collaborate with EMA to identify and support the

participation of patients in Protocol Assistance dossiers
at the Scientific Advice Working Party (SAWP)

3.2.2 Support patient involvement in European
HTA Network, EUnetHTA JA 3, related
HTA activities and through the new
EURORDIS HTA Task Force (HTATF)

+ Represent patient organisations in the European HTA
Network

+ Support the EURORDIS HTA Task Force with a
mandate to advise EURORDIS on all aspects
regarding Health Technology Assessment policies
and procedures; one face-to-face and several online
meetings planned for 2020

+ Identify and mentor patients participating in HTA Joint
Procedures

+ Take partinthe HTAx project, a Horizon 2020 project on
innovative HTA methods

3.2.3 Support patient involvement in quality
information on medicines through the
EURORDIS Drug Information Transparency
& Access Task Force (DITATF)

+ Organise one annual F2F/OL meeting with regular on-
line meetings throughout the year

+ Revise the Common Position on Shortages of Medicines,
coordinated by EURORDIS, between 45 patients’,
consumers’ and healthcare professional’s organisations

+ Contribute to the Concept Paper on the Prevention of
Shortages with the EMA/HMA Task Force on availability
of medicines

+ Contribute to the EMA consultations, the EU Register
for Clinical Trials and on the Regulatory Strategy 2020-
2025 with specific reflections on compassionate use, big
data, access to individual patient data

+ Review the CIOMs' chapters on Patient Engagement in
the Development and Safe Use of Medicines

+ Contribute to ICH Guideline on Clinical Trials E6 — Ethical
aspects and GCP



3.2.4 Support patients’ Community Advisory
Boards (CABs) to engage with
Industry (EUROCAB programme)

+ Maintain a mentoring programme for existing CABs,
alongside ad hoc guidance to help prepare meetings

+ Assist European federations or networks creating a CAB

+ Revise the EUROCAB programme key features based
on experience gained so far

+ Promote the EUROCAB programme to patient groups
and health corporates

+ Provide metrics to support the evaluation of the impact
of the CABs

+ Collect and analyse relevant feedback from CABs
within or outside the CAB programme, from European
federations and networks, from health corporates and
regulators to develop a programme sustainability plan
in 2021

3.2.5 Support patient engagement in medicines
life-cycle (project PARADIGM)

JO PARADIGM

Patients Active in Research and Dialogues
for an Improved Generation of Medicines

+ Take part in the last year of the project PARADIGM
(Patients Active in Research and Dialogues for an
Improved Generation of Medicines), funded by the
Innovative Medicines Initiative, as one of the 34 public
and private partners engaged in the project and
Member of the Steering Committee

+ Ensure that EURORDIS patient engagement practices
and insight contributes to the workstream that is
designing patient engagement tools

+ support the project’s efforts to build consensus from
all stakeholders on the value and methods for patient
engagement; Disseminate broadly these methods

+ Successfully lead our work package on co-designing a
sustainability road map for patient engagement that
demonstrates the ‘return on the engagement’ for all
players

+ Coordonate the EURORDIS Pool of Patient experts
created in the context of the PARADIGM project

3.3. PATIENT ENGAGEMENT IN DIAGNOSIS

3.3.1 Shape position statements from the RD
patient community on Newborn Screening:

+ Create a Newborn Screening (NBS) Working Group,
chaired by EURORDIS and composed of various
stakeholders, as NBS emerges as an issue more
important than ever due to new diagnostic capacities
and new or future potentially transformative
treatments.

+ Review current policy and practice in the field of NBS,
in order to develop a set of recommendations in 2020
for harmonious uptake of NBS programmes across the
Member States, with a view to delivering maximum
benefit and improving outcomes for babies born with
rare diseases.

3.3.2 Co-lead and participate in the Global
Commission to End the Diagnostic
Odyssey for Children with Rare Diseases:

GLOBAL COMMISSION

to End the Diagnostic Odyssey for Children with a Rare Disease

+ Contribute to the Vision, Mission and Goals of the
Global Commission

+ Contribute to extend partners — corporate and NGO —
and members — expertise

+ Engage in the Patient Empowerment Education &
Awareness Campaign

+ Promote engagement in relevant pilots and policy
recommendations

+ Support communication of the Global Commission

3.3.3 Participate in the EU-funded
project Solve-RD

Solve

Solving the Unsolved Rare Diseases

+ Lead the work package on Impact and Engagement
+ Participate in the steering committee of the project

+ Participate in the Ethics Independent Advisory Board of
the project
+ Continue coordinating the Community Engagement
Task Force:
+ Ensure that development of the activities within
Solve-RD are patient-centered
+ Develop a comprehensive map of resources and
tools to support undiagnosed rare disease patients

as well as follow up of genetic counselling for patient
organisations and healthcare professionals.

3.3.4 Participate in the Undiagnosed
Diseases Network International

+ Continue representing the EU RD patients’ perspectives
and voices the priority of this community.

+ Contribute to white papers, conferences and other
statements.

+ Participate in the Data Sharing working Group.

+ Participate in the Patient Engagement Working Group
in partnership with NORD.
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3.4. PATIENT ENGAGEMENT IN RESEARCH

3.4.1 Participate in the International Rare
Disease Research Consortium (IRDIiRC)

+ Contribute as a member of the Consortium Assembly,
Patient Advocacy Constituent Committee, Therapies
Scientific Committee (vice-chair) and Operating

Committee and being
involved in the current and
forthcoming Task Forces and
working groups - Clinical

transnational calls through the establishment
of a multi-stakeholder Working Group chaired by
EURORDIS and involving ePAGs, Summer and Winter
School Alumni and research funders.

+ Support the implementation of a new public private
funding partnership, the Rare Diseases Research
Challenges after successfully initiating its framework
in 2019.

+ Organise the various patient trainings supported by
the EJP, including the EURORDIS Winter School, the
EURORDIS Summer School and the EJP Leadership
Training (see section 2.2.2 EURORDIS Open Academy

@ Research Networks, Orphan & other trainings).
I R DI Rc Drug Development Guidebook
(see below), Shared Molecular
Aetiologies, Access to RD

3.4.3 Participate in the collaborative

INTERNATIONAL network for European clinical trials

RARE DISEASES RESEARCH

76

CONSORTIUM Treatment, Integrating New

Technologies for the Diagnosis
of Rare Diseases.

+ In particular, leadership role in the development of the
Orphan Drug Development Guidebook with a multi-
stakeholder group of experts. The Guidebook is aimed
at public and private developers in order to help them
navigate the therapeutic development ecosystem and
describes the available tools and initiatives specific
for rare disease development and how to best use
them (the Guidebook is available at https://irdirc.org/
activities/task-forces/orphan-drug-development-
guidebook-task-force/)

+ Participate in the 2 annual consortium assembly
meetings (online in March and F2F in Milan in October).
Prepare the meeting organised back to back with the
RE(ACT)’s the International Congress of Research on
Rare and Orphan Diseases in Berlin, postponed to
January 2021.

+ A new road map for 2020 IRDIRC activities has
recently been approved by the consortium assembly.
EURORDIS will actively promote opportunities for
patient representatives to get involved as Task Forces
and Working groups are being launched and open for
expression of interest during the year.

3.4.2 Take an active part in the European Joint
Programme on Rare Diseases (EJP)

0‘ “ EUROPEAN JOINT P

R, RARE DISEASES

+ Participate in the Operations and strategic
development of the EJP within the Operating and
Executive Committees.

+ Represent EURORDIS within the Policy Board and the
French national mirror group.

+ Coordinate all training activities within Pillar 3 (120
different training activities in 2020, most online due to
the COVID-1g situation).

+ Develop guidance to support and further encourage
meaningful patient involvement within the joint

for children (Conect4Children - c4c)

‘conect

4ch|Idren

COLLABORATIVE NETWORK FOR EUROFEAN
* CLINICAL TRIALS POR CHILDREN

+ Provide the patient perspective across all work
packages including:
+ Sustainability - development of a business plan to
sustain and expand paediatric clinical trials
+ Development of education and training on clinical
trials in children for clinical researchers & for children,
young patients, parents, and patient organisations
+ Ensure that EURORDIS patient engagement practices
and insight contributes to the design of the patient
engagement framework within the network for
European clinical trials for children
+ Provision of support to develop parent/patient
representation at European level
+ Establishment of a collaborative framework with all
the stakeholders to ensure standardized procedures
of patient involvement
+ Identify and promote of best practice to enhance the
value of data collected in clinical trials

3.4.4 Participate in the HTX project,
Next Generation HTA (IMI2)
+ Provide the patient perspective across all work
packages including:

« Treatment pathways in specific therapeutic areas
(diabetes, multiple  sclerosis, myelodysplatic
syndromes, head and neck cancer)

+ Using real world data (RWD) for evidence synthesis

+ Using artificial intelligence (Al) to forecast
individualised treatments

+ Implementation into systems and processes
+ Transferability and dissemination

+ Inform patients’ organisations in rare diseases and
beyond on HTx objectives and results

+ Empower and engage patient representatives in HTX
implementation



3.4.5 Continue to represent the voice of RD
patients in several networks and initiatives:

+ BBMRI Stakeholder forum meeting:

« Continued active engagement at the Europe Biobank
Week 2020, ensuring the proper involvement and
engagement of patients in all steps of biobank
research.

+ Contribute in producing a work programme for the
patients’ pillar including education resources for
BBMRI National Nodes regarding biobanking

+ Go FAIR RD Network:

+ Serve as a member of the GO FAIR RD Seed Group in
order to improve the dialogue between GO FAIR RD
network and patient representatives

+ Promote and support the adoption of FAIR data
principles amongst rare disease patient organizations

+ Partnerinthe project application for Clinical Research

Networks on Rare Diseases:

+ A Coordination and Support Action of the H2020
programme

« Partner with all 24 ERNs for Rare Diseases to initiate a

robust policy and operational framework to articulate
European Clinical Research Networks within ERNs

3.5 PATIENT ENGAGEMENT IN HOLISTIC CARE

+ Continue the EURORDIS Social Policy Action Group,
to disseminate and contribute to the positions of
EURORDIS and its members and to engage with all
stakeholders to promote holistic care, including social
services, integrated care and disability rights;

+ Support the work of the European Network of
ResourceCentresforRare Diseases - RareResourceNet,
as part of its Board of Directors;

+ Carry on promoting the results and good practices
of the INNOVCare project, ensuring the wide
dissemination of the results of the project to support
integrated care for rare diseases;

+ Seek opportunities to develop key actions in holistic
and integrated care within European projects and
initiatives;

+ Continue to work in collaboration with the
International Foundation for Integrated Care (IFIC) as
a moderator of its Self Management and Co-production
Special Interest Group.

4. Cross-cutting priorities

4.1 GOVERNANCE

4.1.1 EURORDIS Strategy 2015-
2020 Implementation

+ Respond and adapt to the COVID-1g crisis through 2020
and anticipate the long term impact

+ Continue collecting EURORDIS Indicators

+ Prepare the Strategic Revision 2021-2025, based on the
future exploratory scenarios 2030-2040 and the back
casting policy options scenario 2030 produced by the
Foresight project Rare 2030, as well as on a comparable
strategic review methodology used in 2009-2010, for
adoption at the AGA 2021

4.1.2 Maintain the EURORDIS By-laws

+ Regularly review and update the EURORDIS internal
governance documents that comprise the EURORDIS
by-laws. The by-laws are publicly available on the
EURORDIS website.

4.1.3 Develop the sustainability of
EURORDIS programmes

+ Developsustainability plansfortwo of EURORDIS’ major
programmes: Open Academy and Rare Barometer

4.1.4 Strategic Partnerships (MoUs)

+ Establish or maintain partnerships with international
organisations and review and renew MoUs as needed,
in addition to being open to new partnerships with
other international patient organisations

+ Renew strategic partnerships with key international
organisations, such as NORD (USA) and CORD (Canada)

4.2 RESOURCE DEVELOPMENT

+ Support the EURORDIS Round Table of Companies
(ERTC), engaging over 70 health companies in a
bilateral dialogue as well as a collective dialogue
through regular webinars and two major workshops

+ Maintain activity to support current contributions from
the health sector within the confines of the EURORDIS
Policy of Relationship with Commercial Companies,
EMA policy on the handling of competing interests
of scientific committee members and experts and
CHAFEA rules

+ Pursue opportunities to deliver new sources of
diversified income from foundations; Appoint a new
Resource Development Senior Manager to take
forward work with Donors and Foundations

+ Focus team efforts and allocate resources to
innovative project development in 2020 in strategic
areas of research H2020, IMI, Health Tender, and
other opportunities, toward 2021 & beyond
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4.3 EURORDIS EVENTS

+ Organise the EURORDIS Black Pearl Awards Dinner in
February 2020 in Brussels

+ Organise the 10t European Conference on Rare
Diseases & Orphan Products — ECRD 2020 Stockholm
in May 2020 “The journey of living with a rare disease in
2030", fully online, using a highly professional platform,
an adapted programme, adjusted target audiences and
revised revenue streams; ensure a high engagement
for quality inputs from the Programme Committee and
Theme Leaders

+ Organise two major workshops of the ERTC with
relevant stakeholders, dedicated to the repositioning of
medicinal products — February, Brussels —and newborn
screening — October, Barcelona.

+ Organise online the Young Citizen Conference and F2F/
OL 6 national-regional workshops as part of the Rare
2030 project

4.4 HUMAN RESOURCES

4.4.1 Enhance the decentralised structure
of EURORDIS and maintain and
improve HR processes:

+ Support the emergence of a group of team members
who have a 360 degree view of the organisation in order
to enhance transversal work strategically, streamline
operations, optimise time and fund allocation

+ Reorganise and enhance new management team
structure with an improved internal coordination
meetings structure (operations meetings, leadership

meetings, management team meetings, unit team
meetings, advocacy meetings)

+ Maintain, expand and support the implementation
and usage of the new EURORDIS Contact Database;
additional development; staff training on data inputs &
outputs; implement actions for GDPR compliance

+ Upgrade the EURORDIS central server architecture and
equipment for simultaneous remote work / work-from-
home for all staff as well as all equipment and services
for quality online meetings

+ Develop a Business Continuity & Contingency Plan for
the Finance & Support Function

+ Increase the space of the Brussels office
4.4.2 EURORDIS Volunteers

+ Improve volunteers’ visibility in EURORDIS
communication and acknowledgements on the
EURORDIS website

+ Revise processes for effective and improved volunteer
support and management

+ Prepare for 2021 a series of leaflets and other
information that help EURORDIS volunteers and
potential volunteers to understand the opportunities
to get involved with EURORDIS work, the rules of
engagement and support, the integration and dynamic
within EURORDIS action

4.4.3 EURORDIS Staff

+ Appointment of following positions created in 2019:

+ Public Affairs Manager, EU & National Integrated
Advocacy (Brussels)

+ Open Academy Manager, eLearning and Outreach
Coordinator (Barcelona)



+ Corporate and Donor Relations Assistant (Paris) —

postponed late 2020

+ Potential permanent positions created in 2020

pending resources:

+ Digital Health & Data Director (postponed until 2021)

« International Public Affairs Director

+ Operations Junior Manager

+ Temporary positions in 2020 linked to a specific

project:

+ Public Affairs Junior Manager, project Rare 2030

(Brussels, 2020)

» Social Research Advisor, project ERN Pilot Survey

(Paris, 2020)

« Patient Engagement Manager, ERN & HealthCare &

ePAG, Maternity leave replacement

+ ECRD On Line Planning Assistant (Paris, 2Q2020)

I'Iulmi
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+ Rare Disease Day Senior Manager (Paris, 252020)

W‘l

ambodin EURORDIS Barce...
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TEAM Chart 2020

ZOE ALAHOUZOU
Deputy to the CEO 1/1

MARIE MEUNIER
Senior Executive Assistant
tothe CEO 1/1

MICHAEL WILBUR
Chief Operating Officer 1/1

LARA CHAPPELL
Strategic Communications
& Marketing Director 4/5

SHARON ASHTON u
Events Director, ECRD & BPA
Leader 1/1(London)

MARTINA BERGNA
Events Manager 1/1

EVA BEARRYMAN -
Communications Senior
Manager 1/1

DAVOR DUBOKA
Web Technology Manager 1/1

COMMUNICATIONS 7
SENIOR MANAGER - RDD
1/1 (PENDING FUNDING)

COMMUNICATIONS
JUNIOR MANAGER
-RDD 1/1 (TBR)

CELINE SCHWOB
Corporate Relations Manager, ERTC
Leader 1/1

JO MARSHALL
Corporate & Donor Relations Assistant
11

ANNE-MARY BODIN
Resource Development Assistant 1/1

DEVELOPMENT RELATIONS
SENIOR MANAGER 1/1 (TBR)

MARTA CAMPABADAL
RareConnect Manager 1/1

SANDRA PAVLOVIC
RareConnect Outreach Manager 1/1
(Belgrade)

VIRGINIE BROS-FACER
Scientific Director 1/1

GULCIN GUMUS
Research & Policy Project Manager 1/1

YANN LE CAM
Chief Executive Officer 1/1
BoD liaison: T.Andersen

OPERATIONS JUNIOR
MANAGER 1/1 (TBR)

VIRGINIE HIVERT
Therapeutic Development Director 1/1

ELISA FERRER
Patient Engagement Senior
Manager 1/1

MARIA CAVALLER
Patient Engagement Junior Manager
EMA MoCA1/1

FRANCOIS HOUYEZ
Information & Access to Therapies
Director & Health Policy Advisor 1/1

ROB CAMP
Patient Engagement Senior Manager
CABs 1/1

MATTEO SCARABELLI
Patient Engagement Manager HTA 1/1

RAQUEL CASTRO
Open Academy Director,
Social Policy Director 1/1

ALEX CUENCA
Open Academy Manager
elLearning & Outreach 1/1

ALINE SCHNIEDER
Open Academy Manager
Training Events 1/1

INES HERNANDO
ERN & Healthcare Director 1/1

(] MATT JOHNSON
ERN & Healthcare Advisor 2/5 (KoIn)

LENJA WIEHE
Patient Engagement Manager
Healthcare - ePAGs & ERNs 1/1

ANNE-LAURE ASLANIAN
Patient Engagement Manager
Healthcare — ePAGs & ERNs 1/1

ANJA HELM
Senior Manager of Relations with
Patient Organisations 1/1

PATRICE REGNIER
Chief Finance Officer (CFO) 1/1
BoD Liaison: Treasurer

SUSAN FOSTER
HR Support and Budget Manager 1/1

ANNIE RAHAJARIZAFY
Accounting Manager 1/1

CORINA PULS
Office Assistant 1/1

VALENTINA BOTTARELLI
Public Affairs Director 1/1
Head of European & International
Advocacy

— @ PALOMATEJADA
Rare Diseases International
Director 1/1(Geneva)

- SIMONE BOSELLI
Public Affairs Director 1/1

KAROLINA HANSLIK
Project Senior Manager — Rare
Impact 1/2

= ANNA KOLE
Public Health Policy Advisor 1/1

JULIEN DELAYE
Public Affairs Junior Manager —
Rare20301/1

— ARIANE WEINMAN
Public Affairs Senior Manager —
Rare Cancers 1/1

CLARA HERVAS
Public Affairs Manager -
International 1/1

KOSTAS ALIGIANNIS
Public Affairs Manager — EU
national integration1/1

KATARZYNA RADWAN
Brussels Office Manager & Team
Assistant 1/2

~ SANDRA COURBIER
Rare Barometer survey
programme Senior Manager 1/1

JESSIE DUBIEF
Research Executive
ERN Pilots 1/1

ERWAN BERJONNEAU
Research Executive Rare
Barometer 1/1

Locations

PARIS BARCELONA
@ OTHER

BRUSSELS



GOVERNANCE Chart 2020

THERAPEUTIC COUNCIL OF
ACTION GROUP (TAG)
NATIONAL Social Policy Advisory Group
| ALLIANCES ON RARE B : ;
DISEASES areConnect Steering Committee
DITATF (DRUG, I Rare Barometer Steering Committee
INFORMATION, Rare Barometer Topic Experts Committee
TRANSPARENCY & COUNCIL OF
ACCESS) EUROPEAN ~ COMMUNICATION
| FEDERATIONS ON Editorial Committee
RARE DISEASES Rare Disease Day Steering Committee
| : ;
HTATF (HEALTH EUROPEAN Black Pearl Evening Committee
TECHNOLOGY  RESEARCHRTHERAPIES
ASSESSMENT TASK NETWORK OF
FORCE) RD HELP LINES Operating Committee, Executive
(ENRDHLS) Committee & Policy Board of the European
| Joint Programme on Rare Diseases
Community Engagement
ECRD 2020 Task Force in Solve-RD
STOCKHOLM : : :
Working Group on Patient Engagement in
I Research Projects (PENREP) in the EJP on RD
RARE CANCER Newborn Screening Working Group
TASK FORCE

EURORDIS EuroCAB Programme
PARADIGM Pool of experts for example

Operating Grant Steering Committee
EURORDIS Academy Faculty
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EXTERNAL REPRESENTATION Chart 2020

EMA
EUROPEAN EUROPEAN
MEDICINES (— COMMISSION

AGENCY

COMP
(COMMITTEE EU HEALTH
FOR ORPHAN —— POLICY FORUM
MEDICINAL
PRODUCTS)

PDCO JOINT RESEARCH
(PAEDIATRIC CENTER
COMMITTEE) \__ EU PLATFORM

RARE DISEASES
PRAC REGISTRATION
(PHARMACO- (RC)
VIGILANCE RISK
ASSESSMENT
COMMITTEE) HEALTH
TECHNOL OGY

PCWP ASSESSMENT (HTA)
(PATIENTS' &

CONSUMERS’

WORKING PARTY)
HTA NETWORK

SAWP
(SCIENTIFIC ADVICE

WORKING PARTY) MEDEV /| MOCA

CHMP
(COMMITTEE
FOR MEDICINAL
PRODUCTS FOR
HUMAN USE)

HMPC
(HERBAL
MEDICINAL
PRODUCTS
COMMITTEE)

TASK FORCE ON
REGISTRIES

EU CLINICAL TRIAL
INFORMATION
SYSTEM

TOPIC GROUP ON

DATA PROTECTION

| SECONDARY USE
OF DATA

EUROPEAN REFERENCE NETWORKS (ERNS)

ERN BOND - European Reference Network on bone disorders

ERN CRANIO - European Reference Network on craniofacial
anomalies and ear, nose and throat (ENT) disorders

ERNICA - European Reference Network on
inherited and congenital anomalies

ERN Skin - European Reference Network on
rare and undiagnosed skin disorders

ERN EURACAN - European Reference Network
on adult cancers (solid tumours)

ERN EuroBloodNet - European Reference
Network on haematological diseases

ERN eUROGEN - European Reference Network
on urogenital diseases and conditions

ERN EURO-NMD - European Reference
Network on neuromuscular diseases

ERN GENTURIS - European Reference Network
on genetic tumour risk syndromes

ERN GUARD-HEART - European Reference
Network on diseases of the heart

ERN ITHACA - European Reference Network on congenital
malformations and rare intellectual disability

MetabERN - European Reference Network
on hereditary metabolic disorders

ERN PaedCan - European Reference Network on
paediatric cancer (haemato-oncology)

ERN RARE-LIVER - European Reference
Network on hepatological diseases

ERN ReCONNET - European Reference Network on
connective tissue and musculoskeletal diseases

ERN RITA - European Reference Network on immunodeficiency,
autoinflammatory and autoimmune diseases

ERN TRANSPLANT-CHILD - European Reference
Network on Transplantation in Children

VASCERN - European Reference Network on
Rare Multisystemic Vascular Diseases



EFPIA Think Tank: European Federation of
Pharmaceutical Industries and Associations

EUROPABIO Patients Advisory Group
EUCOPE

EPF: European Patients’ Forum

EFGCP: European Forum for Good Clinical Practice

FIPRA - International Policy Advisors

Friends of Europe

Orphanet

Rare Cancer Europe

Social Platform

Maladies Rares Info Service (French Helpline for RDs)

Rare Disease Platform in Paris

PFMD - Patient Focused Medicines
Development Initiative

WECAN: informal network of leaders of cancer
patient umbrella organisations active in Europe

NGO Committee for Rare Diseases
(United Nations, New York)

NEWDIGS: New Drug Development ParadlGmS

IAPO: International Alliance of
Patients’ Organizations

IRDIRC: International Rare Disease
Research Consortium

ICORD: International Conference on
Rare Diseases and Orphan Drugs

Global Commission to end the
diagnostic odyssey for children

International partnerships (MoUs): NORD (USA),
CORD (Canada), JPA (Japan), RVA (Australia),
RPU (Russia), CORD (China) RADOIR (Iran)

European parliament interest group on Rare Diseases

Parliamentarian advocates in national assemblies

BBMRI Stakeholders Forum

RD-Connect

HTx, Next Generation HTA

OpenMedicine
EUPATI

COST ACTION 15105 (drug shortages)
PARADIGM

C4C (Connect 4 Children)

CORBEL - MIUF

Solve -RD

reCOVID consortium IMI2

European Federation of Internal Medicine (EFIM)

European Hospital & Healthcare Federation (HOPE)

International Federation of Social
Workers Europe (IFSW-Europe)

European Society of Human Genetics (ESHG)

International Society for Pharmaco-economics
and Outcomes Research (ISPOR)

European Connected Health Alliance - ECHAlliance

WORKPLAN 2017 @



REVENUE 2020

Others

Event Fees 3%

REVENUE BY
Al ORIGIN 2020

6 718 k€

Patient
organisations
and volunteers

Corporates

29%

European
Commission



EXPENSES 2020

2% Others
Services 18%

‘ EXPENSES
1% BY TYPE 2020
Logistics 6 284 ke

16%

Volunteers

83%

Staff costs
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ACRUNYMS ¢ DEFINITIONS

EURORDIS INTERNAL COMMITTEES & TASK FORCES

BoD
BoO
CEF
CNA
DITA
EPAC

ERTC
PAG

PAG-RC

SPAG
TAG

Board of Directors (of EURORDIS)

Board of Officers (of EURORDIS)

Council of European Federations of Rare Diseasses

Council of National Alliances (of Rare Diseases' patient associations)
Drug, Information, Transparency & Access (Task Force of EURORDIS)

European Public Affairs Committee (includes current and some former Board members, TAG members and
Eurordis managers)

EURORDIS Round Table of Companies (with pharma & biotech developing Orphan Drugs)

Policy Action Group (of EURORDIS) - Brings together Eurordis' representatives (mainly volunteers) of the
Commission Experts Group on Rare Diseases (former EUCERD)

Policy Action Group - Rare Cancers (of EURORDIS) - supports the volunteers on the Commission Expert Group on
Rare Cancers

Social Policy Advisory Group

Therapeutic Action Group (of EURORDIS) - Brings together Eurordis' representatives (mainly volunteers) in EMA
scientific committees

PROJECTS OF EURORDIS OR IN WHICH EURORDIS IS INVOLVED

Adapt-Smart

BBMRI Stakeholders’
Forum

ECRIN
E-Rare

EunetHTA Forum
EUROBIOBANK
EUROPLAN

EURORDIS Summer
School (ESS)

EUPATI
EJA

GCOF
InnovCare

IRDIiRC

Rare! Together
RDD

RDI

SCOPE
TREAT-NMD
Web-RADR

RD-Action

An enabling platform for the coordination of Medicines Adaptive Pathways to Patients (MAPPs) activities,
Innovative Medicines Initiative (IMI), 2015-2017

Biobanking and Biomolecular Resources Research Infrastructure

European Clinical Research Infrastructures Network

Network of ten partners — public bodies, ministries and research management organisations — from eight
countries, responsible for the development and management of national/regional research programs on rare
diseases

Support effective HTA collaboration in Europe that brings added value at the European, national and regional leves
European Network of DNA, cell and tissue banks for rare diseases
Fostering National Plans in Europe

4 day training on clinical trials for beginners. Since 2008, takes place each year in Barcelona, Spain.

Innovative Medicines Initiatives Joint Undertaking “Fostering Patient Awareness on Pharmaceutical Innovation”

Joint Action on Rare Diseases of the EU Committee of Experts on Rare Diseases: Funded by EC and by Member
States, divided in work packages corresponding to specific activities, e.g. continuity of Europlan (Work Package 4);
developing guidelines for social services dedicated to RDs (Work Package 6)

Genetic Clinics of the Future: To map the opportunities and challenges that surround the clinical implementation of
next generation sequencing technologies, Horizon 2020, 2015-2017

Innovative Patient-Centred Approach for Social Care Provision to Complex Conditions, DG Employment and Social
Innovation (EaSl), 2015-2018

International Rare Disease Research Consortium

Project to promote European disease-specific federations

Rare Disease Day

Rare Diseases International

The Strengthening Collaboration for Operating Pharmacovigilance in Europe (SCOPE) Joint Action
Translational Research in Europe — Assessment and Treatment of Neuromuscular diseases

Development of tools for patients and healthcare professionals to report suspected adverse drug reactions to
national EU regulators, Innovative Medicines Initiative (IMl), 2014-2017

Joint Action to expand and consolidate the achievements of the former EUCERD JA, DG Sanco, 2015-2018

EURORDIS & EUROPEAN REGULATORY NETWORK

CAT
CHMP
COMP

EMA
HMA

Committee for Advanced Therapies - Michele Lipucci di Paola represents Eurordis
Committee for Human Medicinal Products

Committee of Orphan Medicinal Products - Lesley Greene is Vice-Chair and Birthe Byskov Holm represents
Eurordis as well - Maria Mavris is Observer

European Medicines Agency

Heads of Medicines Agencies



PCWP
PDCO
PRAC

SAWP

EUROPEAN COMMISSION
CHAFEA

DG Enterprise
and Industry

DG Sanco / DG Sante

DG Research

Patients and Consumers Working Party - Richard Webst and Francois Houyez represent EURORDIS
Paediatric Drugs Committee - Tsveta Schyns represents Eurordis
Pharmacovigilance and Risk Assessment Committee

Scientific Advice Working Party

Consumers, Health and Food Executive Agency

Directorate General Enterprise and Industry

Directorate General Health and Consumers = DG Sanco / now Directorate General Health
and Food Safety = DG Sante

Directorate General Research

EURORDIS & EUROPEAN BUMMISSION

CEGCC
CEGRD

EU HPF
JRC

Comission Expert Group on Cancer Control

Commission Experts Group on Rare Diseases - 8 patients' representatives included 2 representatives of EURORDIS

and 2 Observers
EU Health Policy Forum
Joint Research Center EU Platform Rare Diseases Registration

EURORDIS & NON GOVERNMENTAL PARTNERS

DIA

CORD
EFGCP

EFIM

EFPIA

EPF

EPPOSI
EUROPABIO
ESHG

IAPO

ICORD
IFSW-Europe
INSERM
ISPOR

JPA

LEEM

MRIS

NORD

RVA

RPU

MISCELLANEOUS

CoE

ECRD
ePAG

ERN

EU MS
EUNRDHL
HTA
MAPPS
MEP
MOCA
ORPHANET
PACE-ERN
PLWRD
TRP

Drug Information Association

.Canadian Organization for Rare Disorders / Chinese Organization for Rare Disorders
.European Forum for Good Clinical Practices

.European Federation of Internal Medicine

.European Federation of Pharmaceutical Industries and Associations

.European Patients' Forum

.European Platform for Patients' Organisations, Science and Industry

fhe European Association for Bioindustries

.European Society of Human Genetics

.International Alliance of Patients' Organizations

.International Conference on Rare Diseases and Orphan Drugs

International Federation of Social Workers

.French National Institute for Health and Medical Research

.International Society for Pharmacoeconomics and Outcomes Research

Japan Patients Association

.Les Entreprises du Médicament (French Pharmaceutical Companies Association)
.Maladies Rares Info Services (French helpline for rare diseases)

.National Organization for Rare Disorders (USA) - Eurordis' counterpart in the US
.Rare Voices Australia

Russian Patients Union

.Centre of Expertise

.European Conference on Rare Diseases and Orphan Products
.European Patient Advocacy Group

.European Reference Network

.Member State (of the European Union)

.EU Network for Rare Diseases Helplines

.Health Technology Assessment

.Medicine Adaptive Pathways to Patients

.Member of the European Parliament

.Mechanism of Coordinated Access to orphan medicinal products
;I'he online portal for rare diseases and orphan drugs
.Partnership for Assessment of Clinical Excellence in European Reference Network (PACE-ERN) Consortium
.People Living with a Rare Disease

Therapeutic Recreation Programme
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EURORDIS

RARE DISEASES EUROPE

Desislava, Dean & Vladi

from Bulgaria, Huntington disease

EURORDIS-RARE DISEASES EUROPE

Plateforme Maladies Rares ¢ 96 rue Didot
75014 Paris e France

EURORDIS BRUSSELS OFFICE

Fondation Universitaire ¢ Rue d'Egmont 11
1000 Brussels ¢ Belgium

EURORDIS BARCELONA OFFICE

Recinte Modernista Sant Pau ¢ Pabellén de Santa Apolonia
Calle Sant Antoni M2 Claret 167 ¢ 08025 Barcelona ¢ Spain

EURORDIS.ORG
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