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Orphan Drugs And The Case For Standardization

By Dennis Dionne

There's a standardization problem relating to rare
and orphan diseases. For example, in Europe, a
rare disease or disorder is defined as a disease
that affects less than one in 2,000 individuals. In
the United States, a rare disease is defined as a
dizease that affects fewer than 200,000 people.

When we lock at the development of new orphan
drugs, we see that the process is hampered by
nonportable (nonstandardized) methodologies
that must be uniquely re-created for each clinical
trial, compound, and indication. While there are
clearly differences in individual drug candidates that must be accounted for, the underlying process
could benefit from a methodology that incorporates aspects of systematic development.
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Consider the model used in the technology sector. There, products such as email, USB ports, computer
chargers, and headphone jacks are all developed based on standards, which enables cross-channel
communications and connectivity. We believe a similar standardized approach to orphan drug
development could result in more and better therapies being made available to patients.

Implications for Orphan Drugs
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Despite recent initiatives aimed at improving the speed at which new medicines for rare diseases are
developed, there are fewer than 400 approved therapies for the more than 6,000-8,000 rare diseases
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