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Indication Target/marker/pathway
Neurology
Ataxia Potassium channel KCa2.2

(KCNN2); KCNN3; ataxin 2
(ATXNZ2; SCA2)

Summary

Mouse studies suggest positive allosteric
modulators (PAMs) of KCNN2 could help

treat spinocerebellar ataxia type 2. In SCA2-
expressing transgenic mouse models of the
condition, Purkinje neurons showed aberrant
firing patterns. In cerebellar slices from those
mice, NS13001, a PAM of KCNN2 and KCNN3,
normalized Purkinje neuron firing patterns. In
the mouse model, a PAM optimized for potency
against KCNN2 increased motor performance
compared with pretreatment baselines.
NeuroSearch A/S plans to test NS13001 in other
models of cerebellar and/or episodic ataxia.
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