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ABSTRACT: Precision medicine represents an effort to identify the mechanistic causes of disease in 

individual patients and target treatments to those causes.  Dramatic advances in resolving the genetic 

causes of disease have created new opportunities for precision medicine, though profound challenges 

remain.   Key amongst those challenges are the diversity of underlying causes of disease and limitations 

of available pre-clinical models.  Here I outline approaches for developing precision medicines for rare 

genetic diseases and opportunities to generalize those treatments to subsets of more common diseases.    
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