
Pediatric Patients Expert Group

January 24th, 2025

Online Meeting

INVENTS has received funding from the European Union’s Horizon Europe 
Research and Innovation program under grant agreement 101136365. 

Funded by the Swiss State Secretariat for 
Education, Research and Innovation (SERI).

Funded by the UKRI Innovative UK under 
their Horizon Europe Guarantee scheme.

https://invents-he.eu/

https://invents-he.eu/
https://invents-he.eu/
https://invents-he.eu/


INVENTS has received funding from the European Union’s Horizon Europe 
Research and Innovation program under grant agreement 101136365. 

Funded by the Swiss State Secretariat for 
Education, Research and Innovation (SERI).

Funded by the UKRI Innovative UK under 
their Horizon Europe Guarantee scheme.

Let's start by introducing ourselves
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Thank you for being here
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• To begin, could you tell us what

you have understood about the

INVENTS project?

• Write down the words that

come to your mind
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Discussion
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Let’s use MIRO to share your
thoughts
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The INVENTS project
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Clinicians are facing challenges in designing 

clinical trials for rare diseases

The INVENTS project aims at:

• Creating new methods for clinical trials 

design in rare diseases

• Making european and local regulatory 

agencies used those methods, and by taking 

into account patient experience
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Drug approval process
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Did you understand the process

from the discovery of a new drug

to its approval for use by

patients?
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Drug approval process
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1 – Basic research:
Discovery of a molecule of 
therapeutic interest

2 - Preclinical evaluation:
The first steps in drug 
development

3 - Clinical evaluation: 
Assessing the safety and 
effectiveness of the drug 
in humans

3.1 - Evaluating the drug’s toxicity
3.2 - Determining the right 
dosage and assessing side effects

3.3 - Evaluating the drug’s effectiveness and comparing 
it to existing treatments (or to a placebo)

4 - Market Authorization: Obtaining the green 
light for drug commercialization

5 - Drug pricing and reimbursement rate
6 - Pharmacovigilance: No let-up 
after the drug hits the market

Adapted from
https://www.inserm.fr/dossier/medicament-
developpement/
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Patient experience
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1. Did you understand why it is important for

patients' opinions to be given even more

consideration in the approval/rejection of

new medications?

2. Did you remember the example given where

patients were able to influence a treatment

approach? Do you have an example you’ve

heard of, or experienced, where

authorizations were not granted or extended,

even though patients felt they were

benefiting?
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Patient experience
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“Patient experience" means how
a patient feels and what they go
through when they are being
cared for.

This includes everything that
happens, like the care they get,
talking to doctors, and even how
they feel when they take
medicine.

How a patient feels when being 

cared for
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Your opinion matters!
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Would you like to give your

opinion to help know what kind

of new medication should be

developed? To give your opinion

on how this research should be

conducted? This could also 

include the authorization process
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Interview Guide
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What do you think about the idea

of involving ill people more in all

these decisions? Would you like

to be asked your opinion before

they decide to develop a

treatment or authorize a

medication?
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Interview Guide
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Do you have an example to share

about something you live with or

have experienced that could be

improved and that people aren’t

aware of enough?
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Interview Guide
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If you can’t do it directly, who

could speak on your behalf when

important decisions need to be

made? A doctor, a parent, or

someone your age who’s going

through the same thing?
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Interview Guide
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What could be developed so that

you could give your opinion? (an

app, a survey, or talking directly

with a doctor, through your

parents?)
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Specific objectives

17

• To give an overview of the rules and ethical

recommendations to help develop and use

new methods.

• To help sick children and their

representatives take part in creating and

evaluating new methods and make them

easier.

• To create tools that measure what sick

children experience, so the people making

decisions can choose the right medicines.

Ethical, legal 

issue and patients 

engagement in a 

regulatory 

perspective

Patients engagement 

in a regulatory 

perspective
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Thank you for your participation

Follow us on LinkedIn

https://www.linkedin.com/company/invents/
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