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Conclusions

+ Nusinersen demonstrated a favourable benefit-risk profile profile similar to that observed in other nusinersen clinical trials.*
+ A greater proportion of nusinersen-treated individuals were HINE responders.
+ A trend toward smaller mean increases in hours of ventilator use was observed in nusinersen-treated compared with sham procedure-treated individuals between Days 183 and 302.
+ Similar increases in weight and body length over time were observed in nusinersen-treated and sham procedure-treated infants and children by Day 183.

+ Twenty children have enrolled in the EMBRACE open-label extension Part 2.
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Figure 1. Study design

Study

Figure 2. (A) HINE motor milestone responders® stratified by age of SMA onset® and
(B, €) mean change from baseline in HINE total milestones by visit by age of SMA onset
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Results of pivotal studies of nusinersen in infantile-onset SMA
(most likely to develop SMA Type I; ENDEAR) and later-onset
SMA (most likely to develop SMA Type Il or lll; CHERISH) have
shown significant and clinically meaningful improvements in
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