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Indication Target/marker/pathway
Neurology

Rett syndrome  Neurotrophic tyrosine
kinase receptor 2 (NTRK2;
TrkB)

Summary Licensing status

Mouse studies suggest TrkB agonists could help ~ Patent and licensing
improve breathing dysfunction in patients with  status unavailable
Rett syndrome. Rett syndrome patients and

mouse models of Rett syndrome have lower

levels of brain-derived neurotrophic factor

(BDNF), which increase respiratory frequency.

In a mouse model of Rett syndrome, a small

molecule agonist of the Bdnf receptor TrkB

restored levels of Bdnf and activated TrkB in

the brain, and lowered breathing frequency

compared with vehicle control. Next steps could

include developing a TrkB agonist.
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