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What is a Clinical Trial? 

A clinical trial is a research study 
conducted with human participants to 
evaluate the safety, effectiveness, and 
side effects of new treatments, 
medications, or medical devices. 
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THE ACTIVE ROLE OF PATIENTS IN CLINICAL 
TRIALS

In the past, patients were seen as passive 
participants—they just followed instructions.

Today, clinical research involves patient 
engagement, where patients are treated as partners 
who share their experiences, priorities, and 
preferences during the entire trial process.
This shift allows researchers to better understand 
what matters most to patients, helping to improve 
treatments and care.
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What is Patient Engagement?

Patient Engagement in clinical trials refers to the 
meaningful and active collaboration between 
patients or their caregivers, and researchers 
throughout the entire research process—far 
beyond simply enrolling or completing study 
procedures. 

Key elements include:
Active Partnership
Co-Creation of Trial 
Continuous Two-Way Dialogue
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What is Patient Engagement?

Active Partnership

• Patients are treated as co-designers rather than 
passive “subjects.” They participate in defining 
research questions, selecting endpoints, and 
shaping study protocols.

Co-Creation of Trial Materials and Processes

• Patients review and help simplify informed-consent 
documents, questionnaires, and recruitment 
materials.

• They advise on visit schedules, location choices, 
and burden-reduction strategies to make 
participation feasible.

5



6

What is the role of the patient in a clinical trial?
The patient is an important part of the research. 
They share their thoughts, experiences, and 
feedback, which help researchers understand if 
the treatment works and how it affects them.

Why is patient involvement so important?
Only the patient can explain how they feel during 
the treatment, what side effects they notice, and 
whether the treatment improves their life.

How can I know if your voice matters in the 
study?
Most studies have ways for patients to share 
their feedback, like surveys or follow-up 
meetings, to make sure their opinions are heard.



Patient’s Voice in Clinical 
Research
One important way to include patients' voices is 
through the use of Patient Reported Experience 
Measures (PREMs) and Patient Reported 
Outcome Measures (PROMs). 

These tools help researchers understand how 
patients feel about their care and how their 
health is affected by treatments. 

Let's explore these two important concepts 
further.
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Patient’s Voice in Clinical Research

PROMs are standardized questionnaires used to collect information directly from patients 
about their health status, symptoms, emotional well-being, functional ability, and quality of 
life.

They are typically administered before, during, and after a treatment to assess changes 
over time from the patient’s perspective.

Examples of what PROMs measure:

• Pain intensity

• Fatigue

• Anxiety or depression

• Physical and social functioning

What are Patient-Reported Outcome Measures (PROMs)?
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Patient’s Voice in Clinical Research

PREMs assess a patient’s experience with the healthcare process.

They capture how the patient felt during their care journey, including the quality of 
communication, involvement in decisions, and accessibility of services.

Examples of what PREMs assess:

•Was information about your treatment clear and understandable?

•Were you involved in making decisions about your care?

•Was it easy to access the healthcare services you needed?

What are Patient-Reported Experience Measures (PREMs)?
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Using PROMs and PREMs together 

offers a comprehensive view of 

the patient’s journey:

 PROMs show how patients are 

doing,

 PREMs show how patients feel 

about their care.
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How PROMs & PREMs Are Digitally Enabled?

•Web Platforms and Apps 
Patients can complete PROMs 
and PREMs via secure online 
portals or mobile apps anytime, 
anywhere.

•Wearables: Devices like 
smartwatches or fitness trackers 
collect health data (e.g., activity, 
sleep) that can be combined 
with PROM data.

Digital Data 
Collection

•Real-Time Data: Data from 
PROMs and PREMs is 
automatically added to the 
patient’s electronic health record 
(EHR), allowing doctors to view it 
immediately and make better 
decisions.

Integration with 
Electronic Health 
Records (EHRs)

•Better Decision-Making: With 
real-time data, doctors can act 
quickly if they notice any 
changes in the patient’s 
condition.

Real-Time Data 
Analysis
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Why Combine PROMs & PREMs with 
Technology?

• Patients can answer online, 
at home or in the hospital

• Results are available 
immediately

Faster 
feedback

• Easier to collect answers 
from many people using 
apps, SMS, or e-mail

Reach more 
patients

• Monitor progress, not just 
one moment

• Useful for chronic 
conditions or recovery after 
surgery

Track over 
time
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Benefits of Digitalization
 Patient Engagement: 

Patients can actively participate in their health 

management by easily completing the 

questionnaires.

 Better Health Management: 

Doctors can make faster and more personalized 

decisions based on the immediate availability of the 

data.



The Role of Young Patients in Clinical Research
Young patients play a crucial and growing role in clinical research. Their involvement not only enriches scientific 
understanding but also ensures that treatments are more effective, ethical, and truly responsive to their needs.
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How Can Young Patients Contribute?
Direct participation in clinical trials-
By taking part in studies, children and adolescents 
provide essential data on how treatments work for 
young people.

Membership in advisory groups-
Young Persons’ Advisory Groups (YPAGs) allow young 
people to review study designs, materials, and consent 
documents, ensuring they are clear, appropriate, and 
respectful.



Empowering Young Participants: Tools and Resources
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Accessible educational materials
Comic books, animated videos, story-based guides, and visual aids help explain clinical research in 
a clear and engaging way.

Patient Information Sheets (PISs) are written documents provided to potential participants in a 
Clinical Trial. It clearly explains the purpose of the study, procedures, risks and benefits, and 
participant’s rights.

Training 
Programs that prepare youth for advisory or research roles.

Safe, inclusive feedback spaces
Youth forums, discussion groups, and surveys help gather honest input from young patients in a 
respectful way.



DEEP (DEferiprone Evaluation in Paediatrics)
The project aims to gather more information on the use of deferiprone in children with chronic iron overload. 

A new liquid version of deferiprone, suitable for children, has been developed. 

Once the studies are completed, a Paediatric Use Marketing Authorisation (PUMA) application will be 
submitted. Currently, two clinical trials and one observational study are ongoing to evaluate the safety and 
effectiveness of the medicine in children.
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What is deferiprone?
Deferiprone is a medicine 
used to treat iron 
overload, a condition 
where the body has too 
much iron. 
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Imagine a booklet like a small 
book with lots of pages, full of 
pictures, drawings, and easy 
words to understand. It's a little 
book that helps you learn 
something in a simple and fun 
way. It’s often used to explain 
stories, important information, 
or how to do something.

What is a Booklet ?



DEEP (DEferiprone Evaluation in Paediatrics)

18

Booklet 0-6 

Created by 



19





Booklet 6-10
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A lay summary is 
like telling 
someone about 
something in a 
very simple way, 
using easy 
words. 

What is a lay summary?
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Make complex information 
easier to understand 

Capture attention and interest

Promote inclusion 

 Increase awareness about              
health and research topics

Help young people make 
informed decisions

Why educational materials is important? 
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