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more difficult, takes 
longer and costs more

drugs and devices to be 
adequately developed, 

studied and used

R&D in paediatrics



Paediatric-specific regulatory 
provisions

Trials in neonates

PK paediatric trials

Formulations

Pharmaceutical 
development

ICH Topic E11

Ethical
Recommendations



..and further regulatory 
provisions

ATMP

Orphans

Formulations 

Biomarkers 



Safeguarding animals
performing non-clinical studies

Ethical justification

3Rs 

(i) REDUCTION 

(ii) RENEMENT

(iii) REPLACEMENT



Strengthening children participation in 
the decision-making process 

Newborns
and infants 

(from birth to 
2 years of 

age)

Pre-schoolers 

(2-5 years of 
age)

Schoolers 

(6-9 years of 
age)

Adolescents
(10-18 years 

of age)

Only consent from 
parent(s)/legal 
representative

Assent + consent 
from parent(s)/legal 

representative

Only consent from 
parent(s)/legal 
representative

Group considered 
differently across 
Member States…

EC Ethical Recommendations, 2017 
from A. Didio lesson - ARISE project, July 2020



Strengthening children participation in 
the decision-making process 



Protecting children’s wellbeing

Procedures for paediatric studies  collection of 

human tissues and cells

Pain, discomfort, fear, distress and any other 

foreseeable risk to be minimized:

EC Ethical Recommendations, 2017

• Study-related procedures limited to 
most necessary avoiding repeated 
invasive procedures

• Volume of blood withdrawing 
minimized



Protecting children’s personal 
data

Subjects ≥16 years old can provide 
consent to process personal data 

(possible lower age nationally - above 
13 years)

Information in a clear and plain 
languageChildren may be less aware of 

risks, consequences and 
safeguards and their rights 

later may want to remove data

More and more secondary use 
of health data



Genetic data

Protecting children’s personal 
data

ad hoc procedures:

o Separate information

o Separate informed consent and 
assent

o Genetic counselling

o Incidental findings



Need for ethics and regulatory 
support

Difficulties relevant to research activities

Research services needed in the 

framework of a research 

infrastructure

Specific expertise, resources and facilities 
currently not available/accessible in paediatric 

research activity 



An ELSI service dedicated to 
paediatric translationalresearch

 Research misconduct minimized

 Rights of children as “future generation” 

protected

 Translation of basic research findings into 

deliverable solutions facilitated

- To guarantee that ethical/regulatory 

requirements are fulfilled and 

adopted

- To promote appropriate research 

participation of minors



An ELSI service dedicated to 
paediatric translational research

Paediatric Medicines Discovery 

Paediatric Biomarkers and Biosamples

Developmental Pharmacology

Paediatric Medicines Formulations

NON-CLINICAL RESEARCH

CLINICAL 
PROCEDURES

DATA PROTECTION

BIOSAMPLES HANDLING

GENETIC TESTING

CONSENT/ASSENT

ADVANCED/NEW PRODUCTS



An ELSI service dedicated to 
paediatric translational research

RESEARCH

SUPPORT (helpdesk)

TRAINING

Multidisciplinary expertise

NON-CLINICAL RESEARCH

CLINICAL 
PROCEDURES

DATA PROTECTION

BIOSAMPLES HANDLING

GENETIC TESTING

CONSENT/ASSENT

ADVANCED/NEW PRODUCTS



Cooperation & synergies

• Complementary effort on 
paediatric paeculiarities in 
these fields

• Collaborating with other RIs 
and initiatives and 
institutions according to the 
topic and competences
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collaborating to cover unmet 

paediatric ethical needs and 

integrating in the paediatric sector

BBMRI biobanks tools and quality

criteria

existing ELSI service

Cooperation & synergies
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Collection of 
regulatory documents

Cooperation & synergies

collaborating to cover unmet 

paediatric ethical needs and 

integrating in the paediatric sector 

ECRIN clinical trial tools and quality 

criteria
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Something more…



Concluding…

A RI devoted to paediatrics research will help to 
addressing ethical and legal uncovered issues related 
to research with a translation approach in paediatrics

 to bridge between preclinical and clinical R&D 

 to strengthen the efforts avoiding duplications in 
research, speeding up the availability of proper 
health products for children / robust data for 
paediatric medicines and medical devices 
development
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