INTRODUCTION
· Congenital Myasthenic Syndromes (CMS) are a heterogeneous group of disorders. 
· Previous studies may not have genetically confirmed participants or employed objective measurements using controlled design.
· Amifampridine phosphate is stable at room temperature and increases release of ACh.
OBJECTIVE
· Utilize CMS case studies to design a controlled trial with amifampridine phosphate.
METHODS
· Two children with CMS (CHRNE mutation) were studied.
· The patients were started on amifampridine phosphate and titrated.
· The Motor Function Measure (MFM-20) evaluated motor capacities.
· Stimulated jitter analysis was performed on the orbicularis oculi muscle.
RESULTS
· Amifampridine phosphate reduced jitter mean consecutive difference and eliminated blocking.

· Motor function improved.
CONCLUSION

· Amifampridine phosphate produced clinical and electrophysiological improvement.
A controlled trial was designed for CMS involving acetylcholine receptor defect, Rapsyn deficiency, MuSK deficiency, Dok-7 deficiency, SYT2 mutations, SNAP25B deficiency, and fast channel syndrome.

· ‘Double-blind, Placebo-controlled, Randomized, Two-period, Two-treatment Crossover Study of Amifampridine Phosphate in Patients with CMS’
