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Clinical Trials in the age of
‘personalised medicine’

'Molecular taxonomy' — Patient stratification —
smaller (sub)groups

Challenges to clinical trial design (adaptive?,
enrichment?, Bayesian approaches?, well-
conducted observational studies?)

Close links to —omics/biobanks required

Advantages of European approach:
e larger recruitment base (for smaller subgroups)
o tefficiency through common platforms
e professionalisation




EU-funded Clinical Trials -
from FP7 to Horizon 2020

FP7: Clinical trials in more than 160 projects with
>900 M € EU funding!

Strong emphasis on 'investigator-initiated' CT

Diversity in scope, methodology, nature of the
intervention, disease area and target group:

From 'Phase I trial of cell therapy of knee
osteoarthritis' to 'Cluster-randomised trial of
isolation measures for the prevention of hospital-
acquired MRSA'




Other

Tissue Regeneration

HIV/AIDS, malaria and..

Adverse Drug Reaction Research
Brain and brain-related diseases
Organ transplantation
Cell-based immunotherapy
Targeted nucleic acid delivery
Cancer

Diabetes and obesity
Anti-microbial drug resitance
Regenerative medicine
Cardiovascular diseases

Human development and ageing
Off-Patent Medicines for Children

Rare diseases
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Clinical Trials — Horizon 2020

Key element of health research supported in
Horizon 2020: no innovation without clinical
trials!

Specific Programme (Iegal basis): "translation of research
findings into the clinic, in particular through the conduct of clinical trials
[...] is essential”

2014/15 calls: Over €300 million of funding
earmarked for clinical trials

Emphasis on SMEs and on investigator-driven
clinical trials




New EU Clinical Trials Regulation

Responds to criticism of current EU Clinical Trials
Directive:

e Single submission portal for multinational trials

e Joint assessment by member states' competent authorities
e Tacit-approval deadlines

e Reduced administrative burden (low-risk trials)

Agreement between European Parliament and Council

Adopted on 16 of April 2014, published in OJ on 27
May 2014

Applicable two years after publication (+ transition
period)




Challenges for multinational
investigator-driven clinical trials

e Insufficient professionalisation

e Planning/Protocol design: Time, Patient Recruitment,
Finances, Contingency

e Regulatory affairs
e Quality assurance/quality control
e Insufficient harmonisation/common
approaches across Europe
e IT platforms, databases, links to biobanks
e Monitoring, Quality assurance/control




Personalised medicine to address

significant challenges...

...and benefit from opportunities

« Burden of non-
communicable diseases
(loss of €35 trillion over
next 20 years)

- Pressure on healthcare
systems

- Gap between EU and
global innovation leaders

- Challenges of drug
development in Europe

» Better outcomes for
patients and potential cost
savings (as suggested by
early studies of stratified
approach

Europe can lead
implementation of
personalised medicine
thanks to favourable
conditions



European
Commission
|

Personalised Medicine: preparing the ground

2010: Preparatory workshops (-omics, biomarkers,
clinical trials/regulatory, uptake)

2011: European Perspectives conference

2013: Commission Staff Working Document on

"use of '-omics' technologies in the development of

personalised medicine”

Identify key challenges to be addressed by research
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European Perspectives in
Personalised Medicine

1213 May 2011
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Identified key research challenges

Breaking barriers
& speaking the same
language

"cross-disciplinarity"”,
capacity building,
education & training

Generating knowledge
& developing the right
tools

standards, clinical
bioinformatics, adaptation
of tools

INNOVATION

AHEAD

Translating knowledge
to medical applications

disease taxonomy,
biomarker validation,
clinical trials

Understanding the value
& economic aspects

health care pilots, HTA,
comparative
effectiveness research,
value chain
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Framework for Personalised Medicine

R&D R&D R&D Towards Uptake in In patients
the basics stratifying test in the market healthcare
tools human
“Omics” Biomarkers Clinical trials Diagnostics & Pricing & Availability &
Identification methodologies Therapies Reimbursement usability in the
Technologies Qualification clinic
Validation Patient - Approval Health economy Patient
Data recruitment processes .
Data modelling HTA PETEEEIRE
Samples tools Regulatory Equal
aspects Novel models of treatment
Statistics Technical healthcare _
aspects & organisation Social and
challenges legal issues

Prediction - Prevention — Treatment - Cure

Education and
training
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Over 1 billion EUR

EU Health Research Programme:
Enabling personalised medicine 2007-2013

3t ehnology,
Tools
) and

'l;e(;hn ologies

data ga
System!

SEVENTH FRAMEWORK
PROGRAMME

Cardiovascular

diseases

Diabetes and

Rare Diseases

Large scale data gathering and "-omics
Technology development

Diagnostics

Biomarkers

Pre-clinical and clinical research

Rare diseases: small patient populations
Public health research

IMI projects with pharma industry
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Supporting policy development

ABOUT INSIGHTS OBSERVATORY

D Home Forum for research -
funders and performers “
Hom RUM in Personalised Medicine

About PerMed
News

Related Documents
Related Links

Contact o, EUROBIOFORUM 2014

3rd Annual Conference
22-23 September 2014, Tallinn, Estonia

Inventory of Activities, Key Players Dialogue Piatform for Relevant

Stakeholders

Strategic Research & Innovation

Members (Intranet) Agenda

and Identification of Gaps and Needs

FO
EuroBioForum aims to provide insight into all current initiatives

and key players in Personalised Medicine in Europe.

Europe for leading the global way (PerMed)

HARMONIZING GENETIC
TESTING ACROSS EUROPE

Eu ro@(est

CASYM

EUROPE

Coordinating Action Systems Medicine
Implementation of Systems Medicine across Europe

What is EuroGentest?

For specific groups

EuroGentest is a project funded by the European Commission to
harmonize the process of genetic testing, from sampling to counseling,
across Europe. The ultimate goal is to ensure that all aspects of

ﬁﬁ Genetic Laboratories

g Health Professionals

® . genetic testing are of high quality thereby providing accurate and
reliable results for the benefit of the patients. o, VB Patients, Public &
* Policy
Workshops Coinical Utiiy Gene Cards
o
[~ Prepare for accreditation or improve your ) Clear and concise documents with good
The road to URTIOE Ry et SpAbea Dy | Eoaisce toomuatson for st spwcin:
s 15 b b Tk | S
Systems Medicine
Pationt Loatiots
v Dowioad lafiets wth nformation on genetic Manthly blghehits of w0 svests o
: Sonting for patients and thote amity i your ity are ganati tastng.
- o ~ own ianguage.

Research &

Innovation

SEVENTH FRAMEWORK
PROGRAMME

EUROBIOFORUM 2013 NEWS
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| MARK YOUR CALENDAR!

EVENTS CONTACT

o

'EUROBIOFORUM EU/2014
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Events by EuroGentest and Others.

23 Jan 2014 - E-course o the new version of 10 15180
07 Mar 2014 - 6th TECHGENE knowledue aetwark mesting
19 Mar 2014 - 25 th Annusl Meeting of the German Society of Human genetics

20 Mar 2014 - PorMediCon - Create the Future of Health

News by EuroGentest and Others
102 3 4 Me

6th TECHGENE knowledge network meeting

The future of molecular gnetic testing” e
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Focus areas of 2014-2015 Work Programme

Understanding
health, ageing &
disease

Innovative
treatments and
technologies

impreving
01agNOSIS

Integrated,
sustainable,

Effectivemnealtn Advancing
PIOMGUGNY active and

Improvingmeaitn
niormationydata

exploitationiand Jisease healthy ageing |SCItIZEN=CENterea
providinglanievidence DreVention; Cars

DaSENOrNeEaltNPOIICIES:

PIEPAEUNESS
andregulation

dNUISCIEENING

Implementing personalised medicine in healthcare settings
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