


We also want to be transparent about an important decision. Until the new batch has been 
manufactured and additional strong, robust safety data have been generated, we will not be 
expanding treatment through compassionate use or into broader, more advanced patient populations. 
We know this will be disappointing for many families, but we believe it is the most responsible path 
to ensure the program can continue safely and successfully for the entire community without 
potentially halting the entire program 

As we begin this next chapter following the transfer of the ION283 program from Ionis, we are 
committed to communicating openly, honestly, and transparently with our community. We will 
provide updates at key milestones, including manufacturing progress, regulatory and clinical 
developments, site activation, and other meaningful program advancements. There will undoubtedly 
be difficult decisions ahead, but we firmly believe that every family deserves clear, timely, and 
transparent communication at every step of this journey. 

We would like to thank Ionis Pharmaceuticals for their support, collaboration, and partnership in 
helping advance the continued clinical development of investigational ION283 for individuals living 
with Lafora disease. 

Finally. Our vision is to generate the clinical evidence needed to advance this therapy through the 
regulatory process and ultimately achieve FDA approval and approvals in other countries around the 
world. We believe that approval is the only sustainable path to ensuring that every child diagnosed 
with Lafora disease has the opportunity to access treatment, not just those fortunate enough to enroll 
in a clinical trial. While we cannot promise that this journey will be easy or happen overnight, we can 
promise that we will work tirelessly alongside the patient community, physicians, researchers, 
regulators, and our partners until we have done everything possible to make this treatment available 
to every child who may benefit. 

Regards 
Terry Pirovolakis 
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