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Diseases that manifest in patient populations representing at the maximum 6–8% of the world population are defined as rare 
diseases or orphan diseases. These are pathologies whose incidence at birth is less than 1 in 2000. Orphan diseases are often so 

rare that a physician may observe only 1 case a year or less, and proper treatment may only be a personalized encounter between doctor 
and patient. One way to fill this therapy vacuum is by developing orphan drugs. Orphan drugs are a significant part of personalized 
medicine. In order to optimize the benefit-risk of these medicines, innovative pharmacovigilance methods need to be put in place 
that take into consideration the unique challenges of drug development for orphan indications as well as the realities of the patient 
population. The presentation will provide a summary of the existing methodologies for performing targeted pharmacovigilance for 
orphan drugs, as well as new innovative methods developed to address some of these challenges. The efficacy and safety of medicines 
may be different in children compared to adults. The available documentation at the time of approval is, in general more sparse in 
children and long term data collection may be needed in order to clarify the safety profile in children and particularly to detect 
any long-term or delayed toxicities in the developing child. Therefore, there is a need to carefully consider how pharmacovigilance 
is conducted for medicines used by children and whether there are any aspects of the pharmacovigilance system that need to be 
enhanced to ensure adequate protection of public health. Furthermore, many medicines used to treat children are not licensed for 
such use (off-label use) or are not licensed at all (unlicensed use). This may further limit reporting of suspected adverse reactions to 
the pharmacovigilance system. 
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