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What do you do when you are at the table?

▪ Patient involvement as experts in clinical research is no longer 

unique or extraordinary

▪ What is / can be the role of patients in the R+D process?

▪ Certain research phases and steps are more suitable for 

patient involvement than others

▪ You must know what you do and don’t know, and BUILD 

CAPACITIES

▪ Dialogue, communication, interactions, and alliances are 

ESSENTIAL



Possible patient involvement in clinical research

& regulatory decision making

Improving Patient Involvement in Medicines Research and Development: A Practical Roadmap. Geissler, Ryll, Leto, Uhlenhopp, Therapeutic Innovation & 
Regulatory Science (2017), doi: 10.1177/2168479017706405, and at www.eupati.eu
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Patient involvement in earlier stages has a bigger effect on patients, 

however, involvement is usually in the later stages today
Data & 
Safety 
Monitoring
Committee

Informed 
Consent

Improving Patient Involvement in Medicines Research and Development: A Practical Roadmap. Geissler, Ryll, Leto, Uhlenhopp, Therapeutic Innovation & Regulatory Science (2017), doi: 10.1177/2168479017706405

Effect on
patients

Patient involvement today
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Patient involvement in clinical trial design

Improving Patient Involvement in Medicines Research and Development: A Practical Roadmap. Geissler, Ryll, Leto, Uhlenhopp, Therapeutic Innovation & Regulatory Science (2017), 
doi: 10.1177/2168479017706405, and at www.eupati.eu

Increase patient relevance, patient value, and 
patient-relevant outcomes with input on
• Patient priorities in risk/benefit
• Patient-relevant endpoints
• Choice of QoL/PRO instruments
• Inclusion/exclusion criteria (“real-world”)
• Mobility / logistics
• Drug administration
• Diagnostics (frequency, necessity)
• Ethical aspects (e.g. cross-over)

Improve participant information
• Benefit-risk communication
• Study information
• Informed consent text
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Patient involvement in HTA and access

Patient involvement in regulatory and HTA committees 
helps to:
• Provide human context to decision makers, framing 

decision and helping to interpret value
to patients, not just to healthcare systems

• Ensures important questions are answered during 
committee meetings

• Helps reset preconceptions about the effect the 
technology will have (e.g. side effects)

• Can help address gaps in information provided by the 
company (QoL, use in clinical practice)

• Improve transparency, legitimacy and relevance of 
decision-making

EUPATI Guidance for Patient Involvement in Medicines R&D: HTA (2018); Hunter et al 2018, Frontiers in Medicine, doi: 10.3389/fmed.2018.00231
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Collaboration in post-study clinical practice

Improving Patient Involvement in Medicines Research and Development: A Practical Roadmap. Geissler, Ryll, Leto, Uhlenhopp, Therapeutic Innovation & Regulatory Science (2017), 
doi: 10.1177/2168479017706405, and at www.eupati.eu

• Post-study information
• Improving patient access to treatment and 

care
• Improving doctor-patient communication
• Input into guidelines & driving adoption of 

guidelines
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Advocating in a targeted, 

evidence-based, well-

educated and professional 

manner, and measure impact 

and outcomes of what we do

Evidence-based advocacy



▪ Adherence to therapies

▪ Inequalities in real-world access or current care 

patterns through interviews and desk research

▪ Disease-related outcomes through registries & 

biobanks

▪ Patient preferences through quantitative surveys

▪ Real-world PRO (e.g. QoL) through investigator-
initiated studies and surveys

2019. 06. 10. 10

Meaningful data that patient groups can contribute to



Most trials are initiated/sponsored by industry and then run at academic 

and community trial centres. 

Not so many trials are purely academic

Patients in clinical trial centers

Industry

sponsored

research
Investigat

or initiated

trials,

academic

research

Industry: More targeted towards 

assessment and regulatory approval of 

new drugs, new indications, new 

regimens

Academic trials: More focused on 

therapy optimisation, long-term 

outcomes, understanding disease 

biology, real-life care

Most patients are 

treated individually 

outside of clinical 

trials (= no data)



Most trials are sponsored by industry and then conducted at 

academic and trial centers (industry/academia is not either/or)
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▪ Assessing the impact of an illness on society, populations or 

countries, including the patient perspective regarding the 

burden on patients and carers – Importance of Patient-

Reported Outcome Measures (PROs).

▪ Fine-grained analysis of daily lived experience

▪ Generate research questions based on a different perspective 

from that of doctors and researchers

▪ Post-marketing studies also count as non-interventional studies, 

and also rely on patient input

▪ Early stages of involvement is key for the success of patient 

inclusion

Anecdotal
knowledge

Methodology

Evidence

Geißler, 2018

Patient reported outcome measures and 

burden of disease studies



▪ Understanding the etiology and natural course/history of

the illness. Patients contribute their data in a systematic

way

▪ Greater and altruistic goals that can ultimately lead to the

definition of a research target and a treatment

▪ Meaningful contribution of data is particularly important

▪ Post marketing studies also count as non-interventional 

studies, and also rely on patient input

▪ Early stages of involvement are key for the success of 

patient inclusion Geißler, 2018

Observational, longitudinal studies / analyses





Know how to achieve it

Know what
you want

Scientific and policy work go hand in hand



Scientific involvement 
and policy work must go 

together

If you could learn it, I can 
learn it, too

Know how to 
achieve it

Know what
you want

Scientific and policy work go hand in hand



.

Geißler, 2018

It‘s not enough just to be on a mission and tell 

„patient knows best“: Know your stuff



▪ Keeping chairs warm – going to meetings that are 

„interesting“, and not making a difference

▪ Being territorial and wasting our energy with infighting 

and rivalry

▪ Blaming others that things are not happening, while 

thinking about what I can do myself to change things

▪ Disqualifying ourselves by just being emotional, off-

topic, and not well informed

▪ Barking up the wrong tree – advocating at the wrong 

place (e.g. EU vs national level)
Geißler, 2018

How we waste our energy: 

What is the risk of advocacy failure?



Think about who you‘d like to influence:

▪ EU level vs. national level 

(e.g. EMA, HTA/reimbursement)

▪ Medical societies vs. study groups vs. individual clinicians 

▪ Companies (→ drugs) vs. industry associations (→ systems)

▪ Disease-specific action (→ Osteporosis) 

vs. cross-disease joint action (→ healthcare system)

▪ Know what you can do, and what your umbrella organisations can do best, within the limits 

we all have
Geißler, 2018

Know your trees 

– and bark up the right one



Simple tools for better involvement

▪ Management and organisational structures

▪ Strategy

▪ Planning

▪ Setting priorities

▪ Understanding the illness and its enviromment

▪ Alliances, communication, dialogue – also with other

therapeutic areas

Evidence based advocacy and patient involvement require 

learning and capacity building



Questions?

Tamás Bereczky, Patvocates

tamas@patvocates.net
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