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Patients are excited about progress,
but getting there needs real change mm
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Molecular targets
Genome sequencing
Translational research
Personalized medicine
Small trial populations
Companion diagnostics

HTA, QoL, endpoints,
comparators

Healthcare budgets
vs drug pricing

New trial designs,
recruitment strat.,
licensing schemes,
drug/diagnostics

New collaboration
models

Patient involvement
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How to address >200 cancers, >5.200 rare diseases
In times of decreasing medical R&D productivity?

Overall trend in R&D efficiency (inflation-adjusted)

FDA tightens
regulation
post-thalidomide

! FDA clears backlog
following PDUFA
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Number of drugs per billion US$ R&D spending

10 4 regulations plus small
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Source: Nature — How to improve R&D productivity: the pharmaceutical industry's grand challenge, Paul et al (2010)



“Avoidable waste in the production and

reporting of research evidence”
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Questions
relevant
to clinicians &
patients?

2

3

Low priority
guestions addressed

Important outcomes
not assessed

Clinicians and
patients not involved
in setting research
agendas

Appropriate
design and
methods?

Accessible
full
publication?

Unbiased and
usable report?

<

Over 50% studies
designed without
reference to
systematic reviews of
existing evidence

Over 50% of studies fail
to take adequate steps
to reduce biases, e.g.
unconcealed treatment
allocation

Over 50% of studies
never published in full

Biased under-reporting
of studies with
disappointing results

Over 30% of trial
interventions not
sufficiently described

Over 50% of planned
study outcomes not
reported

Most new research not
interpreted in the
context of systematic
assessment of other
relevant evidence
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85% research waste = over $85 billion / year

lain Chalmers, Paul Glasziou, The Lancet, 15 June 2009, doi:10.1016/S0140-6736(09)60329-9




Translational medicine needs multidisciplinary
approach of ,,patients involved*
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Early involvement may create highest impact,
but involvement today is mostly at late phase

clinical question/

current patient involvement

problem —

clinical trial
design

| patient recruitment

e.g. providing information on
clinical trials, advertising trials

)

trial management,

e.g. consent, patient
information leaflets, trial
adherence

.~

doing things right

Courtesy of B. Ryll (2014)




Practical “Roadmap” on patient involvement in R&D

‘ Protocol ‘ I Informed Consent I I Study reporting

Regulatory affairs I

I Trial steering committee I

I Investigators Meeting

Synopsis

Setting

research

priorities: Patient Info

‘ Leaflet
Research Research design
priorities and Planning
I ]

I Design of Protocol . _
considerations

I ‘ Practical ‘

Fundraising ‘

for research

I Data Monitoring Committee I

Health Technology
Assessment

Post-study
communication

Information to
trial participants

| Ethics Review

Level of expertise in the disease area required:

| high || mediuml

Source: Geissler, Ryll, Leto, Uhlenhopp
EPALCO/EUPATI (2015, unpublished)
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Collaboration needs
cultural change,
empowered patients,
and education how to put
“involvement” into practice.



That’s why EUPATI is needed.

Public Private Partnership
funded by IMI*

5-year, patient-led project,
launched 2012

Strong multi-stakeholder
consortium of patients’
organisations, academia,
NGOs and industry — 33
organisations

The key pan-European
Initiative to build
competencies & expert
capacity among patients
and the health-interested
public
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Personalised Medicine

Biomarkers rarmce

Biomarkers are indicators used in medical research to measure biological processes. disease
processes, and responses to treatment. The use of biomarkers can improve the process of
medicines development and help tailor treatments to individuals.

Stratified versus personalised medicine  armete

The term ‘personalised medicine’ includes both stratification and personalisation, which are ofte

incorrectly used as synonyms. However, the two are different, as explained further below.

Stratified and personalised medicines parmete

Stratified and personalised medicine involves tailoring treatments towards a specific group of
patients or to individuals.

Challenges in personalised medicine parmice

Personalised medicine is a developing area that faces procedural and ethical challenges in rese

and treatment.

New research areas in personalised medicines parmce

There are several new research areas driving personalised medicine forward, such as moleculal

genetics, epigenetics, pharmacogenetics, and the development of biomarkers and biomedicine
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No research about us
without us.

Jan Geissler
jan@patientsacademy.eu



