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Background. The challenge of generating evidence in small populations is one of the main factors
hampering the market authorization of orphan drugs. To enhance the clinical phase of orphan drug
development, the European Union funded three consortia, including the Asterix project: Advances in
Small Trials dEsign for Regulatory Innovation and eXcellence. This poster summarizes the research
programme of this consortium.
Methods and Results.
The program includes a
framework of condition clusters
in which conditions with similar
aspects relevant for trial design
are clustered to enable
methodological
recommendations to be
developed at a higher level
without the need for case-by
case decisions.
New statistical methodologies
will both aim at individual trial
designs and at series of trials
and optimal use of observational
data in (series of) trials.
Unique within the consortium is
the important role for patients
and their representatives to
integrate their perspective and
advice about small trial aspects
for which the acceptability for
patients is crucial, such as
recruitment and outcome
measurement.
Conclusion. The new methodologies will be evaluated from a statistical, patient, clinical and
regulatory perspective with the aim to have impact for researchers and regulatory decision
making in the field of rare diseases.
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