	Table S-1: Comparative Patient Characteristics in Each Dosing Subset

	Distribution of Baseline Variables Among Unmatched Patients (n=1238)

	
	Group A

5 to < 29 U/kg/2wk
	Group B

29 to< 48U/kg/2wk
	Group C

48 to< 75/kg/2wk
	< 5 or >= 75 U/kg/2wk

	
	N=350
	N=408
	N=445
	N=35

	 
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev

	Age at Diagnosis (years)
	350
	22.7
	18.5
	408
	20.3
	19.4
	445
	18.1
	18.9
	35
	18.3
	18.7

	Age at Baseline (years)
	350
	24.6
	18.5
	408
	21.9
	19.7
	445
	19.5
	19.1
	35
	19.1
	18.8

	Hemoglobin minus normal cutoff (g/dL)
	149
	0.3
	1.7
	140
	0.2
	1.5
	153
	0.1
	1.9
	7
	-0.3
	1.8

	Platelet count (103/mm3)
	146
	99.8
	57.4
	140
	100.2
	50.3
	154
	107.1
	54.2
	8
	78.1
	43.7

	Spleen Volume (MN)
	77
	14.2
	9.7
	77
	17.9
	17.5
	57
	15.7
	10.9
	4
	17.9
	5.1

	Liver Volume (MN)
	73
	1.5
	0.5
	67
	1.5
	0.8
	51
	1.5
	0.6
	4
	1.8
	0.9

	
	
	
	
	
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	
	
	
	
	

	Distribution of Baseline Variables Among Unmatched Patients (n=586)

	
	
	
	
	
	
	
	
	
	
	
	
	

	
	Group A

5 to < 29 U/kg/wk
	Group B

29 to< 48U/kg/2wk
	Group C

48 to<75 U/kg/2wk
	
	
	

	
	N=171
	N=210
	N=205
	
	
	

	 
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	
	
	

	Age at Diagnosis (years)
	171
	22.9
	20.1
	210
	20.8
	20.2
	205
	17.2
	17.8
	
	
	

	Age at Baseline (years)
	171
	25.1
	20.2
	210
	22.4
	20.7
	205
	18.5
	18.1
	
	
	

	Hemoglobin minus normal cutoff (g/dL)
	91
	0.5
	1.7
	90
	0.4
	1.4
	82
	0.1
	1.8
	
	
	

	Platelet count (103/mm3)
	90
	97.0
	51.7
	89
	97.1
	46.1
	84
	105.4
	47.0
	
	
	

	Spleen Volume (MN)
	73
	14.1
	9.8
	70
	16.7
	17.5
	51
	16.0
	11.1
	
	
	

	Liver Volume (MN)
	73
	1.5
	0.5
	65
	1.5
	0.8
	50
	1.5
	0.6
	
	
	

	
	
	
	
	
	
	
	
	
	
	
	
	

	
	
	
	
	
	
	
	
	
	
	
	
	

	Distribution of Baseline Variables Among Propensity Matched Patients (n=366)

	
	
	
	
	
	
	
	
	
	
	
	
	

	
	Group A

5 to <29 U/kg/2wk
	Group B

29 to<48 U/kg/2wk
	Group C

48 to<75 U/kg/2wk
	
	
	

	
	N=122
	N=122
	N=122
	
	
	

	 
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	N 
	Mean
	Std Dev
	
	
	

	Age at Diagnosis (years)
	122
	20.5
	20.1
	122
	20.9
	19.7
	122
	21.5
	19.7
	
	
	

	Age at Baseline (years)
	122
	22.1
	19.9
	122
	22.6
	19.9
	122
	23.1
	19.8
	
	
	

	Hemoglobin minus normal cutoff (g/dL)
	72
	0.4
	1.8
	57
	0.6
	1.4
	55
	0.4
	1.6
	
	
	

	Platelet count (103/mm3)
	72
	101.6
	54.9
	56
	95.6
	46.1
	56
	104.1
	47.4
	
	
	

	Spleen Volume (MN)
	49
	12.6
	8.1
	37
	18.5
	21.9
	26
	19.1
	13.9
	
	
	

	Liver Volume (MN)
	48
	1.5
	0.4
	35
	1.4
	0.7
	26
	1.7
	0.7
	
	
	


The distributions of baseline variables among the initial analysis GD1 population (N=1,238), GD1 patients with clinical outcome data (N=586), and GD1 patients included in the current analysis (n=366) are shown above.  The distribution of variables between patients in the initial analysis GD1 population (N=1,238) and GD1 patients with clinical outcome data (N=586) are similar across all variables.
