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Objectives: After attending this session, participants should be able to understand: 

1. Trans-splicing group I intron ribozymes and their therapeutic potential. 
2. Myeloproliferative neoplasms (MPNs) and their most common driver JAK2-V617F.  
3. Efforts towards the development of a ribozyme-based curative therapy for JAK2-V617F-positive MPNs. 
4. Ongoing efforts to optimize ribozymes for the repair of messenger RNAs applied to the genetic diseases 

Neurofibromatosis Type I and Cystic Fibrosis. 
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