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Clinical Investigation of Medicinal Products in the Pediatric Population
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Disease, Drug Pharmacology, and Response to treatment

Pediatric
Extrapolatlon » Sources and types of data (PK/dosing, efficacy, & safety): clinical trial data;
Concept nonclinical data; real world data; other sources (see Table 1)

» Assessment of gaps in knowledge and degree of uncertainty (see section 3.6)
» Support for degree of similarity will also depend on the quality and quantity of
the data, and the confidence in the data

‘ Potential Study Designs are dependent on gaps in knowledge and degree of uncertainty

Less data required

Pediatric
Extrapolation

Potential study designs could include (see section 4.2):

Plan * RCTs; bridging biomarkers or other response markers; Bayesian strategies;
alternative frequentist success criteria (e.g., p>0.05 or widened NI margin);
single-arm PK/PD/safety studies; exposure matching; enrollment in adult trials

EMDA - https://www.pmda.go.jp/files
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FDASIA : FDA Safety and Innovation Act
BPCA : Best Pharmaceuticals for Children Act
PREA : Pediatric Research Equity Act
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Figure 1: Pediatric Review Committee Product Submissions Reviewed
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Figure 1. Number of centrally authorised medicines for children in 2004-2006 and 2012-2014 (new
initial marketing authorisations, new paediatric indications)
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Figure 2. Proportion of clinical trials that include children

Percentage of paediatric trials
(of all trials, by start year)
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Note: A paediatric trial is a trial that includes at least one participant below 18 years of age.
Source: EudraCT database

https://www.mhlw.go.jp/content/11121000/001359208.pdf
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