








THEME 2

BREAKTHROUGH MEDICINES ON THE
HORIZON: REGULATORS, HEALTH
TECHNOLOGY ASSESSORS (HTA) AND

PATIENTS WORKING TOGETHER

THEME LEADERS:

Wim Goettsch, Special Advisor HTA for the Dutch
National Health Care Organisation, Netherlands

Franc¢ois Houyez, Treatment Information
and Access Director, Health Policy Advisor,
EURORDIS-Rare Diseases Europe

Jordi Linares Garcia, Head of Scientific and Regulatory

Management, EMA

Violeta Stoyanova-Beninska, COMP Member, Chair of
National Scientific and Regulatory Advice, Netherlands

THEME
DESCRIPTION

Over the past two vyears,
regulators and health technology
assessors have engaged in an
unprecedented exchange of
information: an agreement to
create a one-stop-shop for parallel
European Medicines Agency/
health technology assessor’s
scientific advice and the sharing
of early reports from regulators
during the evaluation phase of
pharmaceuticals so that health
technology assessors can start

SESSION 0201
Friday 11 May 2018 | 14:00-15:30

BREAKTHROUGH
PRODUCTS / PRIORITY
MEDICINES -SYNERGIES
BETWEEN REGULATORS

AND HEALTH TECHNOLOGY
ASSESSORS

EURORDIS SUPPORT:

Matteo Scarabelli, Patient Engagement Manager
- HTA, EURORDIS-Rare Diseases Europe

before marketing authorisation. current cooperation on health

The European Medicines Agency
and health technology assessors
work together to scan the horizon
and to see which medicines
are likely to fit their respective
procedures. This is preparing for
future European cooperation on
health technology assessors, as a
permanent scientific secretariat to

technology assessors (EUnetHTA
joint action 3) - the European
Medicines Agency -EUnetHTA
three-year work plan which was
announced in November 2017;
plans for the future of health
technology assessors, and will
describe where we are in the
development of orphan medicinal

host European health technology
assessor’s activities is needed.

products in 2018.

Lastly, it will explain the new roles of

Theme 2 will cover important patients and their representatives
initiatives such as Priority when working with regulators,
Medicines at the European health technology assessors and/

Medicines Agency (PRIME); the or industry.

For rare diseases more than for others the concept of priority medicines is a
relevant tool to stimulate development and timely registration of innovative
breakthrough medicines. An overview of the experience from the COMP and
the PRIME and HTA dialogue will set the scene to conclude how to move
forward.

Session Chair: Russell Wheeler, Patient Advocate at Leber’s Hereditary Optic
Neuropathy Society, UK

PRIME: where are we in May 2018: products, diseases, interactions with
Health and Technology Assessment bodies and submission of MA for
products benefiting from PRIME

Zahra Hanaizi, Scientific Officer, PRIME coordinator, European Medicines
Agency

Can PRIME attract innovation towards unmet needs / disruptive medicines?
Steven Hall, Pfizer Global Research & Development, UK

Experience of the Committee for Orphan Medicinal Products

Violeta Stoyanova-Beninska, Senior clinical assessor Agency Medicines
Evaluation Board, Member COMP and Expert CNS WP at European Medicines
Agency, Netherlands
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SESSION 0202
Friday 11 May 2018 | 16:30-18:00

CURRENT EU
COOPERATION ON
HEATH TECHNOLOGY
ASSESSORS: EUnetHTA

What has changed since the existence of the current cooperation on health
technology assessors (EUnetHTA)? What to expect from the EMA/EUnetHTA
three-year work plan, announced in November 2017?

Session Chair: Dimitrios Anathasiou, Board Member of United Parents
Projects Muscular Dystrophy; Duchenne Muscular Dystrophy (DMD) Patient
Advocate; EMA Patient Expert in DMD, Greece

Early Dialogues 2.0: Early Dialogue Working Party and what’s new in Early
Dialogues

Frangois Meyer, Advisor to the President, International Affairs, Haute Autorité
de Sante (HAS), France

Joint Health Technology Assessors for pharmaceuticals
Speaker to be named

Preparing the contribution of patients in regulatory / Health Technology
Assessors procedures

Matteo Scarabelli, Patient Engagement Manager - HTA, EURORDIS-Rare
Diseases Europe, France

Analysis of HTA and reimbursement procedures in EUnetHTA partner
countries

Peter O’Neill, Scientific Adviser, National Institute for Health and Care
Excellence (NICE), UK

SESSION 0203
Saturday 12 May 2018 | 09:00-10:30

PREPARING THE
CONTRIBUTION OF
PATIENTS IN REGULATORY
/ HEATH TECHNOLOGY
ASSESSOR PROCEDURES

Patients are increasingly present and involved in the EMA regulatory
process. But are they ready to contribute to the HTA assessments? How can
they be prepared to step in?

Session Chair: to be named

The Community Advisory Boards (CAB) Programme
Rob Camp, Patient Engagement Senior Manager - CABs, EURORDIS-Rare
Diseases Europe

Patients invited to the oral explanations for the marketing authorisation
opinion: report
Nathalie Bere, Patient Engagement, European Medicines Agency

First EMA public hearing, EMA Network of Young People
Nathalie Bere, Patient Engagement, European Medicines Agency

Possibility to submit topics for joint HTA (EUnetHTA/ medical devices)
Sabine Ettinger, Researcher & Scientific Project Manager at Ludwig Boltzmann
Institute for Health Technology Assessment, Austria

SESSION 0204
Saturday 12 May 2018 | 11:00-12:30

OMPS (ORPHAN
MEDICINE PRODUCTS)
IN THE PIPE: WHAT CAN
WE SEE COMING?

9th ECRD | 10-12 May 2018 | #ECRDVienna

If you wonder why there is a big difference between the number of orphan
designated products and orphan medicinal products on the market, you
might find some answers after attending this session.

Session Chair: to be named

Characteristics of the 1800+ designated products

Violeta Stoyanova-Beninska, Senior clinical assessor Agency Medicines
Evaluation Board, Member COMP and Expert CNS WP at European Medicines
Agency, Netherlands

Abandoned OMPs
Viviana Giannuzzi, Senior Researcher, Gianni Benzi Pharamacological
Research Foundation, Italy

Drug repurposing
Diego Ardigo, Chair Therapies Scientific Committee of IRDIRC; Project Lead,
Chiesi

Horizon scanning at EMA
Kristina Larsson, Head of Orphan Drugs, European Medicines Agency



SESSION 0205
Saturday 12 May 2018 | 14:30-16:00

THE FUTURE OF HEALTH
TECHNOLOGY ASSESSOR
COOPERATION

What is the future of HTA cooperation in Europe? The Commission will
present the Regulation Proposal at the session starting at 13:30 with all
conference participants, for 20-30 minutes

Session Chair: Cees Smit, Patient Advocate, Patients Network for Medical
Research and Health, EGAN, Netherlands and Frang¢ois Houyez, Treatment
Information and Access Director, Health Policy Advisor, EURORDIS-Rare
Diseases Europe

European Commission Legislative Proposal
Flora Giorgio, Head of Sector Health Technology Assessment, DG SANTE B4,
European Commission

What patients can expect
Frang¢ois Houyez, Treatment Information and Access Director, Health Policy
Advisor, EURORDIS-Rare Diseases Europe

What decision makers can expect
Speaker to be named

What industry can expect
Ansgar Hebborn, Head of Global Market Access Policy, Roche Pharmaceuticals,
Switzerland

What an HTA agency can expect

Mirjana Huic, Croatian Agency for Quality and Accreditation in Health Care
and Social Welfare and Head of Department for Development, Research and
HTA, Croatia
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THEME 3
THE DIGITAL PATIENT

THEME LEADERS:

Julian Isla, Data and Artificial Intelligence Resource

Manager, Microsoft and Dravet Syndrome European

Federation (DSEF), Spain

EURORDIS SUPPORT:

Elisa Ferrer, Patient Engagement Senior
Manager, EURORDIS-Rare Diseases Europe

Justina Januseviciené, Executive for the development

of health care technologies and innovations, Lithuanian
University of Health Sciences, Lithuania & Former

Director, Healthcare resources and innovation
management department, Ministry of Health, Lithuania

THEME
DESCRIPTION

While other industries are fully
immersed in the digital era, the
health industry is struggling
to undergo a real digital
transformation. The foundations
of health science date back
centuries and the transition to
the digital world is complex. The
obstacles to create digital assets
and relationships in the field of
health range from unbalanced
physician-patient relationships

SESSION 0301
Friday 11 May 2018 | 14:00-15:30

EVERYTHING IS
TECHNICALLY POSSIBLE
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to clinical institutions focused on
transactions and non-continuous
care. Patients with rare diseases are
suffering from this situation even
more than other chronic patients:
the complexity of their conditions,
the low number of patients and the
scarcity of effective treatments are
big problems but also are great
opportunities for a new medicine
based on the P4 pillars (predictive,
preventive, personalised and
participatory). We will explore how
technology can help patients with
rare diseases, how the regulatory
world is evolving, the initiatives

Virginie Hivert, Therapeutic Development
Director, EURORDIS-Rare Diseases Europe

in Europe to embrace this digital
transformation and real examples
from patient organisations
already starting this journey. New
technology will create fabulous
opportunities but also new risks,
as information will be more
accessible to hackers and medical
systems will be more exposed to
cyberattacks. Information and
awareness are elements crucial to
understand in order to mitigate
the risks while we are evolving into
a new era of medicine.

Digital technologies are revolutionizing society and offering innovative
solutions to improve patients’ lives and to advance medical research at an
unprecedented pace. In this session, we will explore what technology can
offer to patients and what challenges lay ahead.

Session Chair: Elena Bonfiglioli,
Microsoft

Technology panel discussion:

Director of Health Industry Business,

* What can technology offer & what are the challenges?

* Looking to the future

* New solutions applicable to patients’ daily life
» Disruptive technology - Block chain in health care

* Technology bringing value to society

Panellists:

* lvo Ramos, Atos Health Sector, Research and Innovation, France
» Vytautas Kaséta, Blockchain consulting services, Lithuania
¢ David Martin Lindstrom, Head of Device & Data Security at ElevenPaths,

Telefénica, Spain



































