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Neurology

Amyotrophic lateral 
sclerosis (ALS)

Protease-activated 
receptor 1 (PAR1)

Studies in mice suggest that PAR1 agonists could 
help treat familial ALS. In a mouse model of 
superoxide dismutase 1 (SOD1)-driven ALS, 
treatment with a modified form of the PAR1 
ligand activated protein C (APC) reduced disease 
severity and increased survival compared with 
mock treatment. Next steps include engineering 
APC variants that minimize off-target effects on 
blood coagulation. About 20% of familial ALS cases 
involve mutations in SOD1. 
Xigris drotrecogin alfa, a recombinant human APC 
from Eli Lilly and Co., is marketed to treat sepsis.
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from the University 
of Rochester, The 
Scripps Research 
Institute and ZZ 
Biotech LLC
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