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Atencién Farmacéutica

RESUMEN. L os medicamentos huérfanos apar ecen oficialmente asociados al diagndstico, la prevencién o
e tratamiento de las enfermedades raras o pocos frecuentes. Sin embargo, cuando esta relacion se vuelve
muy restrictiva, quedan muchas necesidades far macoter apéuticas insatisfechas. L a presente revision des-
cribe la evolucién de diver sos aspectos relacionados a esta problemética, tales como definiciones y marco
regulatorio de “enfermedades raras’ y “medicamentos huérfanos’ en diferentes paises (EE.UU., Japon,
Australia, Comunidad Europea). En Argentina no se contempla este tema en normativas especificas, 1o
que dificulta su andlisis epidemiolégico y la busqueda de soluciones adecuadas y oportunas para los pa-
cientes.

SUMMARY. “Orphan Drugs: a Necessary Revision for a Not Resolved Health Problem”. Orphan drugs are offi-
cialy associated to diagnosis, prevention or treatment of rare diseases. However, if this relationship becomes
very restrictive, many pharmacotherapeutic necessities may remain unsatisfied. In the present revision diverse
aspects related to this theme, such as definitions and regulations of “rare diseases’” and “orphan drugs’ in differ-
ent countries (USA, Japan, Australia, European Community) and their evolution are described. In Argentina, this
issue is not considered by specific regulations. So that its epidemiological analysis and the search of timely ade-
quate solutions for patients turns frequently difficult.
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