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	Multi-domain Score(1)
	Total
(N=12 )

	UX003 Treatment Week 24 (2)
	

	  n
	12

	  Mean (SD)
	0.5 (0.80)

	  Median
	0.5

	  Min, Max
	-1, 2

	
	

	P-value (3)
	0.0527
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	———————————————————————————————————————————————————————————————————————————

	(1) The multi-domain responder score is the total score across six domains: 6MWT, FVC%pred, shoulder flexion, visual acuity, and BOT-2 fine motor and BOT-2 gross motor. Each domain is scored as -1, 0 or 1.

	(2) When any domains are missing for MDRI at UX003 Treatment Week 24, the domain at UX003 Treatment Week 32, if exists, is used for imputation.  If the domain at UX003 Treatment Week 32 is missing, then the domain at UX003 Treatment Week 16, if available, is used.

	(3) P-value from t-test of “no change” (0 change) from baseline

	

	


