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Disease models

In vitro model of 
amyotrophic lateral 
sclerosis (ALS) and 
frontotemporal  
dementia (FTD)

A cell line derived from patients with ALS could be used to screen for 
new therapies to treat the condition. Induced pluripotent stem (iPS) 
cells were generated from fibroblasts isolated from a patient with ALS 
who harbored the M337V mutation of TAR DNA binding protein 43 
(TDP-43; TARDBP), which is associated with subtypes of ALS and FTD. 
Spinal motor neurons generated from these iPS cells had higher levels 
of TARDBP, shorter survival and greater sensitivity to phosphoinositide 
3-kinase (PI3K) inhibitor–induced apoptosis than spinal motor neurons 
generated from control iPS cells. Future studies could include testing 
ALS therapies in the cell line.
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