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	GEE

	Parameter
  UX003 Treatment Week
	n
	Mean (SD)
	Min
	Median
	Max
	LS mean
(SE)
	95% CI
	P-value

	Scale-BALANCE
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	

	  Week 24
	
	
	
	
	
	
	
	

	    Baseline
	5
	2.6 (2.61)
	1
	1.0
	7
	
	
	

	    Postbaseline
	5
	3.4 (3.36)
	1
	2.0
	9
	
	
	

	    Change from Baseline
	5
	0.8 (0.84)
	0
	1.0
	2
	0.8 (0.46)
	-0.1, 1.7
	0.0883

	

	Scale-FINE MOTOR PRECISION
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	

	  Week 24
	
	
	
	
	
	
	
	

	    Baseline
	9
	4.0 (2.24)
	1
	4.0
	8
	
	
	

	    Postbaseline
	9
	3.8 (2.05)
	1
	4.0
	7
	
	
	

	    Change from Baseline
	9
	-0.2 (0.67)
	-1
	0.0
	1
	-0.2 (0.23)
	-0.7, 0.2
	0.3528

	
Scale-MANUAL DEXTERITY
	
	
	
	
	
	
	
	

	
  Week 24
	
	
	
	
	
	
	
	

	    Baseline
	10
	2.7 (1.34)
	1
	3.0
	5
	
	
	

	    Postbaseline
	10
	2.8 (1.62)
	1
	3.0
	6
	
	
	

	    Change from Baseline
	10
	0.1 (0.74)
	-1
	0.0
	1
	0.2 (0.21)
	-0.2, 0.6
	0.4094

	
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	

	[bookmark: _GoBack]Scale-RUNNING SPEED AND AGILITY
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	

	  Week 24
	
	
	
	
	
	
	
	

	    Baseline
	5
	2.4 (1.95)
	1
	1.0
	5
	
	
	

	    Postbaseline
	5
	2.6 (2.30)
	1
	1.0
	6
	
	
	

	    Change from Baseline
	5
	0.2 (0.45)
	0
	0.0
	1
	0.2 (0.12)
	0.0, 0.4
	0.1020


	Bruininks-Oseretsky Test of Motor Proficiency - by Domain Scale Score

	Full Analysis Set

	





	———————————————————————————————————————————————————————————————————————————

	The change from baseline up to UX003 treatment week 24 are analyzed by Generalized Estimating Equation (GEE) model, including baseline value, and the post UX003 initiation treatment week as a categorical variable. The covariance structure within subjects is assumed to be exchangeable.

	n is the number of subjects with non-missing baseline and specified postbaseline
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