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• The «end to end» process of treatment development
• About the EORTC
• Selected challenges central to our present concerns
• Let’s be honest: we are not patient centered!
• Applied clinical research: not a «new kid on the block»
• Highlights on the proposed manifesto
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• Regulatory trials aim at documenting new drugs
• Primary end-point(s) frequently purely drug centered
• Heavily selected populations
• Control arm, possibly debatable
• Poor external validity

• Clinically needed questions are not addressed i.e.
• Optimal patient population/ cut-off values of biomarkers
• Combination and sequence
• Duration of treatment
• Rarer diseases are not addressed
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Availability of evidence of benefits on overall survival
and quality of life of cancer drugs approved by

European Medicines Agency: retrospective cohort
study of drug approvals 2009-13

BMJ 2017; 359 doi: https://doi.org/10.1136/bmj.j4530 (Published 04 Oct 2017)

• 48 cancer drugs approved
• 68 indications
• 24 studies (35%) have a prolongation of 

survival
• Magnitude of OS benefit: 1-5.8 mths

https://doi.org/10.1136/bmj.j4530


The critical gap to be addressed
at the European level

• How do we move from drug centred research 
to patient and society centred research?

• Evolution in complementarity, ensuring the 
needs and interests of all stakeholders

The gap efficacy-effectiveness is inappropriately 
addressed



• Identification of practices that improve outcome must be a 
priority (survival, quality of life…)

• Health care systems, patients and researchers/doctors 
should work together on the health priorities

• Health care system leaders should define their choices 
based on strong medical and scientific rationale

• Patients cannot be offered treatments with high uncertainty
• Society cannot support expensive treatments with high 

uncertainty 

Applied clinical research must be structured in the process 
to access, optimizing the conditional marketing approval/ 

Management Entry Agreement.

Applied clinical research/ 
Treatment optimisation objectives
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• Challenge 1: « exchange of information between
approval authorities (EMA) and national 
authorities/payers is often unstructured »

• Challenge 2: « Criticisms voiced by payers…for  access
to high priced innovative medicines…highlight that the 
evidence criteria required to prove patient benefit often
not suffice……aspects such as extension  and quality of 
life are not assessed. Not required »

Time for convergence in the best interest of the European 
Citizens.

Informal Meeting of
Health Ministers (Sep 10-11, 2018)



EORTC-STOA research project
Exploratory study of the views of key 

stakeholders in  the drug development 
process

(preliminary descriptive report)



EORTC-STOA study: methodology
• Interviews with key drug development stakeholders, across 

diseases:
• Patient organisations 
• Pharmaceutical industry 
• HTA agencies
• Regulator, governments
• Academic clinicians 

• Questions spread across three main themes:
• Current situation in drug development research
• Features of treatment optimisation studies
• Acceptability of treatment optimisation studies

• 8 stakeholders interviewed as of today (at least one per 
stakeholder group)

• Work in progress: qualitative analysis to be performed



EORTC-STOA study: preliminary results (I)
• Drug development too drug-centered, not sufficiently 

patient-centered
• Lack of real-world evidence for use of many drugs on the 

market today
Complexity & cost, fragmented regulatory landscape, 
perception of low quality, no pressure on industry

• Broad support for inter-stakeholder collaboration & 
discussion on design and conduct of TO studies

• Broad support for regulatory measures to support TO, no 
agreement on the forms and methods

• Evidence strength TO studies ≥ evidence strength drug 
development trials



EORTC-STOA study: preliminary results (II)

• Treatment optimisation (TO) studies:

• Who academia and not-for-profit organizations, support 
from industry (drug supply)

• Funding combinations of public and private funding

• When post-approval (in parallel to late stage 
development, not excluded)

• Features fewer exclusion criteria, open-label, best available 
alternative treatments as comparators, (no) 
randomization, outcomes relevant for patients, 
publication of all results

• Setting national, with international coordination



• Paul Rübig, MEP & STOA Vice chair 
• Gianluca Quaglio, European Parliamentary Research

Service 
• Stephane Lejeune, EORTC EU Office
• Robbe Saesen, EORTC PhD Fellow
• Jean Marie Vlassembrouk, EORTC Consultant
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