Update from Genzyme on Acid Sphingomyelinase Deficiency (ASMD) Clinical Trials
We have completed analyses of data from the Phase 1 clinical trial of recombinant human acid sphingomyelinase (rhASM) as a potential treatment for ASMD (also known as Niemann-Pick Disease Types A and B). Key findings were summarized and presented by Dr. Margaret McGovern, the Principal Investigator, on August 31, 2009, in a poster at the International Congress of Inborn Errors of Metabolism in San Diego, California, USA. Dr. McGovern discusses the findings again in an oral presentation at the American Society of Human Genetics annual meeting in Honolulu, Hawaii, USA from October 20 to 24, 2009. 

The trial describes the first experience with enzyme replacement therapy in adult patients with ASMD. Eleven patients were treated with single doses of rhASM ranging from 0.03 mg/kg up to 1 mg/kg administered intravenously. The trial design and data analyses were focused on evaluating the safety of rhASM over this range of doses. 
Based on the trial findings, Genzyme plans to focus on a within-patient dose escalation design (which means that a patient will start at a lower dose and increase it over time) for Phase 2. The Phase 2 trial design is in development, with patient enrollment expected to begin in 2010.
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