Efficacy and Safety of Nusinersen in Children With
Later-Onset Spinal Muscular Atrophy (SMA): End of
Study Results From the Phase 3 CHERISH Study

Mercuri E,* Finkel RS,? Kirschner J,3 Chiriboga CA,* Kuntz N,® Sun P® Gheuens S,® Bennett CF/
Schneider E,” Farwell W,® on behalf of the CHERISH Study Group

Universita Cattolica del Sacro Cuore, Roma, Italy; 2Nemours Children’s Health System, Orlando, FL, USA; 2Universtatsklinikum
Freiburg, Freiburg, Germany; “Columbia University, New York, NY, USA; °Ann & Robert H. Lurie Children’s Hospital of Chicago,
Chicago, IL, USA; ®Biogen, Cambridge, MA, USA; “lonis Pharmaceuticals, Inc., Carlsbad, CA, USA

Presenting author e-mail: eumercuri@gmail.com

Conclusions

« In the CHERISH study, nusinersen demonstrated significant and clinically meaningful improvements in motor function vs. sham procedure, as assessed by the HFMSE from
baseline to Month 15.
- Improvements for nusinersen vs. sham procedure also were observed in the number of new World Health Organization motor milestones achieved per child
and in upper limb function.
- Nusinersen demonstrated a favorable safety profile, and no children discontinued treatment due to AEs.
- The maijority of AEs were considered to be related to SMA, common events in the general population or events related to the lumbar puncture procedure.

« Children from CHERISH have been transitioned into the SHINE (NCT02594124) open-label extension study.
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LSM (95% Cl) no. of new motor 2 0.2 Nominal AEi observed at >5% higher frequency ln
M e t h O d S milestones achieved per child® (-0.4 t0 0.0) (0.1t0 0.3) P=.0001" group 72 h after drug
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