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Manifesto
for a new approach for better medicine in Europe
Establishing Treatment Optimization

as part of personalized medicine development
(version 1%t March 2019)

e Forewords

Personalized medicine refers to a medical model that tailors the therapy to the patient’s molecular profile and
other individual information. The principles apply to medicines as well as other treatment modalities, including
surgery and radiotherapy. The concept though has specifically emerged due to the increased number of drugs
targeting specific proteins responsible for a specific disease. The commercial promotion of genome-wide
analyses has led to an increasing expectation among patients.

On the other hand, there are numerous drugs authorized on the market, with limited knowledge on how to
use them for dose, sequence, combination and duration of treatment. Sub-optimal administration of costly
treatments may generate unnecessary toxicity for the patients and negatively affects national healthcare
budgets. Thus, there is a need for investigating the optimal way to use medicines (applied research or
“Treatment Optimization”)®.

In Europe, most of the clinical research dedicated to therapeutic innovations aims primarily at regulatory
approval. Once a drug enters the common market, each member state determines its real-world use based on
its own criteria: pricing, reimbursement and clinical indications.

1 Lieu TA; Platt R. Applied Research and Development in Health Care - Time for a Frameshift. N Engl J Med. 2017 Feb
23;376(8):710-713.
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Such a regulatory approval-centred clinical research landscape may neglect patient-relevant issues in real-
world setting, such as comparative effectiveness of distinct treatment options or long-term safety monitoring.

There is call for reforming the current system to a truly ‘patient-centred’ paradigm with systematically
coordinated Treatment Optimisation in conjunction with drug development.? The purpose of this manifesto is
to gain stakeholders support for making Treatment Optimization a standard step in medicine development in
Europe.

This manifesto was prepared by the European Organisation for Research and Treatment of Cancer (EORTC).

e Direction for changes

1. Appropriate use of treatments is essential for optimizing patients’ health outcomes and preserving
public health and healthcare budgets.
Knowing the optimal dosage and duration of a treatment, used alone or in combination, is key for using
it efficiently for the benefit of the patient and the society.

2. Treatment Optimization has to take place early.
Treatment Optimization generating evidence for HTA, payers and clinicians should be initiated before
the medicine’s full deployment on the market i.e. as soon as the safety and efficacy profiles are known
but without delaying patients’ access to innovative treatments.

3. Treatment Optimization must cover all treatment options and modalities available for a given medical
condition.
Research investigating the optimal way to use a treatment should comply with high scientific standards
and be free of commercial consideration.

4. Member states and payers should support Treatment Optimization at a relevant scale.
Research addressing medical practice oriented questions must be funded by public sources. Member
states should pool their resources for supporting Treatment Optimization when doing so on an
international scale is justified.

5. Treatment Optimization will benefit from new models of partnership.
Pooling expertise and resources from clinicians, patients, HTA and industry is essential for conducting
sound Treatment Optimization research.

6. Treatment Optimization will support industry competiveness and reputation.
Optimised usage will improve medecines’ impact on health and justify fair price.

e Policy actions

e Europe in partnership with Member States should establish Treatment Optimization research as an
official and mandatory step in the treatment access path to market, while ensuring this does not lead
to further delays in patients’ access to innovative treatments.

e National legislation should include provisions allowing for publicly funded international research to
address collective therapeutic challenges. Member States should agree on a framework for joint
optimization research whenever there is need for an international approach.

e The EU’s next mission-oriented framework programme for research and innovation, Horizon Europe,
should provide funding opportunities specifically aimed at supporting Treatment Optimization.

2 Kempf E, Bogaerts J, Lacombe D, Liu L. 'Mind the gap' between the development of therapeutic innovations and the
clinical practice in oncology: A proposal of the European Organisation for Research and Treatment of Cancer (EORTC)
to optimise cancer clinical research. Eur J Cancer. 2017 Nov;86:143-149.
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The manifesto is currently supported by:

Ms Patrizia Toia, MEP and Vice President of the ITRE Committee.

Ms Eva Kaili, MEP and Chairman of STOA panel.

Mr Paul Riibig, MEP, Vice-Chair STOA panel.

Mr Alojz Peterle, MEP.

Ms Clare Moody MEP.

Ms Mady Delvaux-Stehres, MEP.

Mr John Bowis, former MEP and Health Minister.

Ms Jacqueline Kay Swinburne, MEP.

Mr Carlos Coehlo, MEP.

Mr Miroslav Mikolasik, MEP.

Mr Piernicola Pedicini, MEP.

Mr Dario Tamburrano, MEP.

European Organisation for Research and treatment of Cancer, Denis Lacombe.
Biomedical Alliance in Europe, Axel R. Pries.

European Patients Forum, Nicola Bedlington.

European Federation of Pharmaceutical Industries and Associations, Nathalie Moll.
European Alliance for Personalised Medicine, Denis Horgan.

European Biopharmaceutical Enterprises, Barbara Freischem.

European Cancer Patient Coalition, Antonella Cardone.

European Association of Nuclear Medicine, Wim Oyen.

European Society for Medical Oncology, Josep Tabernero.

International Brain Tumour Alliance, Kathy Oliver.

European Academy of Cancer Sciences, Julio E. Celis.

I3h Institute, Université libre de Bruxelles, Michel Goldman.

Organisation of European Cancer Institutes, Thierry Philip.

European Clinical Research Infrastructure Network, Jacques Demotes.
National School of Public Health, Management and Professional Development, Cristian Vladescu.
EuropaBio - The European Association for Bioindustries, Bernard J. Grimm.
European SocieTy for Radiotherapy and Oncology, Umberto Riccardi.
European CanCer Organisation, Philip Poortmans.

International Society of Geriatric Oncology, Hans Wildiers.

European Hematology Association, Pieter Sonneveld.



