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34% of marketed drugs 

are Paediatric

Differences exist by 

ages and ATC

THE PROBLEM

DECENTRALISED
N=443/1200

CENTRALISED
N=97/302

Existing Studies

Less than 50% of 

Paediatric Medicines 

have been studied in 

children

Registrative studies are 

increasing in the 

Centralised versus 

Decentralised 

procedure

Medicines approved to be used in the paediatric population 

Ceci A. et al on behalf of TEDDY, , Eur J Clin  Pharmac, July 

2006



51% of Orphan
Drugs are 
designated for
paediatric
conditions

Only 40% of orphan
drugs are 
approved for
them

Neonates and younger
children are 
particularly
orphans of
medicines

THE PROBLEM



¹ Ethical concerns for enrolling 
children in clinical trials

¹ Economic concerns that prevent 
industries to invest a large 
amount of money to have a very 
small market  

¹ Methodological issues related to 
reduced sample size

Paediatric clinical trials:
The historical situation

PHYSICIANS-
PARENTS-
HEALTH A.

PHARMACEUTICAL 
COMPANIES

CLINICIANS 
METHODOLOGISTS



¹ Ethical concerns for enrolling 
children in clinical trials
(PHYSICIANS-PARENTS)

¹ Economic aspects that prevent 
industries to invest a large 
amount of money to have a very 
small market 
(PHARMACEUTICAL 
COMPANIES) 

¹ Methodological issues related to 
reduced sample size (Regulatory 
and researchers)

Paediatric Clinical Trials

The EU interventions

EU Paediatric
Regulation

26 Jan 2007

Dir. 20/2001, art.4
E11 - ICHGuidelines
Ad hoc Guidelines
Recommendations

Concept Papers

Ethical considerations 
for Cts on medicinal
products conducted 

with the paed 
pop,2008



}For the first time Directive 20/2001 , art.4 has 

stated that 

}ôPaediatric Clinical Researchõ is on the right 

of children

}ôchildren involved in clinical research should 

be protected at an higher (then adults) 

scientific and ethical level

}Provisions are detailed in to revised 99/ICH 

Guidance
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üStimulating R&D of 
medicines for paediatric 
population(s)

üEnsuring these products 
appropriately tested and 
authorised

ü Improving availability of 
infos on drug use in 
children

üAny unnecessary CTs in 
children

Children protection is the core of the legislation

No mention in the PR to 
children and their families as 
óactorsô of the process 

}Separate procedure AND 

SHEETS for consent and 

paediatric assent

}Paediatric expertise in 

the ECs

} Information to be  

provided to Children

}Reducing Distress

No binding nature of these 
provisions; no reference to 
International sources (OVIEDO)
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