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 Abstract 

Cerebellar ataxia is a rare neurological disorder characterized by the inability to control voluntary movements, and can 

manifest among other as gait ataxia, intention tremor or dysmetria. Genetically, cerebellar ataxias are a heterogeneous group 

of related disorders, with different modes of inheritance. Episodic Ataxias are caused by mutations in ion channels, most 

notably KV1.1 and CaV2.1. However, to date there is no confirmed treatment for cerebellar ataxias, and response rates for 

existing drugs are generally low. Recent advances utilizing novel transgenic model systems that closely resemble the human 

condition have brought about a paradigm change that requires us to revise our strategies for drug discovery and development 

for cerebellar ataxias. In this talk, I will present the latest experimental findings in basic and translational research, discuss 

new drug targets and outline novel strategies for drug discovery that focus on restoring synaptic transmission in the CNS.  
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