Demographic and Baseline Characteristics

Table 11.2.1: Demographics (All Enrolled Participants)

6E12 vg/kg | 2E13 vg/kg | 4E13 vg/kg | 6E13 ve/kg Total
Demographic Variable (N=1) (N=1) (N=06) (N=7) (N=15)
Age at enrollment, years
n 1 1 6 7 15
Mean (SD) 25.0(NA) | 43.0(NA) | 31.3(9.6) | 304(5.8) | 31.3(7.8)
Min, Max 25,25 43,43 22,45 23,42 22,45
Age at enrollment, n (%)
18 to < 40 years 1 (100) 0 5(83.3) 6(85.7) 12 (80.0)
40 to < 60 years 0 1 (100) 1(16.7) 1(14.3) 3(20.0)
Sex, n (%)
Male 1 (100) 1 (100) 6 (100) 7(100) 15 (100)
Race, n (%)
Asian 1 (100) 0 0 1(14.3) 2(13.3)
Black or African American 0 0 1 (16.7) 0 1(6.7)
White 0 1 (100) 5(83.3) 6 (85.7) 12 (80.0)




Baseline Characteristics

Table 11.2.2: Baseline Characteristics (All Enrolled Participants)

GEIZ vg'kg [ZEL3 vg'kg | 4E13 vg'ke | 6ELY va/kg Taotal
Demographic Variable N=1) (=1} N=h) (=71 (N=15)
Time since diagnosis of hemophilia A, vears
n 1 1 [] 7 15
Mean (5D 25.00NA) | 43.0(NA) | 313({93) 306 (6.0) 37T
Median 250 430 0.0 ino 0.0
Min, Max 250,250 | 430,430 | 220,450 230,430 220, 45.0
Type of FVII treatment for hemophilia A, n (%)
Oi-dermand 0 (1] 1] 1{14.3) 1{6.7)
Prophylaxis 1 {10 1§ 1) & ( 1040} B{35T) 14193.3)
Baselinme FVIIT activity (IU/dL) (CSA)
n 1 | 5 7 14
Mean (5D I030(NA) | 000 (MA) |16.64(32.01)] 1543 (20.75)] 15.82 (23.45)
Median 3030 0.00 og 660 330
Min, Max 303,303 0.0, 0.0 00, 73.4 o, 51.1 0.0,73.4
Baseline annualized FVIII usage, 11 kg/vear
n 1 1 6 7 15
Mean (SD) J4RG.66 02248 4704.16 444448 438970
(NA) (NA) 45,75 (1969500 (1965.51)
Median J4RG.66 302248 4944 56 5085.90 4107.51
Min, Max 34867, 30225, 1241.4, 5732, 5732 76827
34E6.7 30225 T682.7 64385
Baseline annualized nuomber of FVII infusions, infusions/'vear
n 1 1 [} 7 15
Mean (SD) £7.35 (NA) 103.77 142.83 120.12 125.93
(NA) (48.78) (45.94) (45.11)
Median §7.35 103.77 155.83 121.38 124.75
Min, Max 87.3,873 103.&, 538, 1843 | 274, 1585 | 274, 1843
1038
Baseline ABR, treated hleeds'vear
n 1 1 6 7 15
Mean (SD) 2000NAY | 300 (MAY [T2IT(1I535)| 1757 (14.71) | 1340 (14.26)
Median 200 3.00 200 24.00 .00
Min, Max 20,20 30,30 0.0, 41.0 0.0, 400 0.0.41.0




Secondary: Annualized Bleeding Rate Requiring Exogenous Factor VIII Replacement
Treatment during Week 5 and Beyond

Table 1422121
Summary of Annualized Bleeding Rate Requiring Exogenous Factor VIII Replacement Treatment (ISTH)
Analysis population: Full Analysis Set

Post-Baseline

Weeks 5-52 Week 5 and Beyond
Bleeding ABR Bleeding ABR Follow-up

Cohort Episodes Episodes
Results (no.) (no.fyr) (no.) (no./yr) (Days)
BMN 270 6E12 vghkg (N=1)

n 1 1 1 1 1

Mean (SD) 10.00 (NA) 10.87 (NA) 13.00 (NA) 1.87 (NA) 2534.00 (NA)

Median 10.00 10.87 13.00 1.87 2534.00

Q1,03 10.00, 10.00 10.87, 10.87 13.00, 13.00 1.87, 1.87 2534.00, 2534.00

Min, Max 10.0, 10.0 10.9, 109 13.0,13.0 19,19 2534.0,25340
BMN 270 2E13 vghkg (N=1)

n 1 1 1 1 1

Mean (SD) 2.00 (NA) 2.17 (NA) 43.00 (NA) 6.20 (NA) 2534.00 (NA)

Median 2.00 2.17 43.00 6.20 2534.00

Q1,03 2.00,2.00 217,217 43.00, 43.00 6.20, 6.20 2534.00, 2534.00

Min, Max 20,20 22,22 430,430 62,62 2534.0,25340

Max, maximum; Min, minimum; SD, standard deviation; Q1: 25% Percentile; Q3: 75% Percentile; ABR, annualized bleeding rate
A bleeding episode is defined as a bleed or symptoms associated with the development of a bleed (or multiple bleeds occurred in the same day) requiring FVIII replacement treatment.



Secondary: Annualized Factor VIl Utilization during Week 5 and Beyond

Table 142221

Summary of Annualized Factor VIII Utilization
Analysis population: Full Analysis Set

Post-Baseline
Week 5 and Beyond
Annualized
FvIll FVII
Utilization Utilization Follow-up CFB
Cohort Results (IU/kg) (1U/kg/yr) (Days) (1U/kg/yr)
BMN 270 6E12 vgkg (N=1)
n 1 1 1 1
Mean (SD) 17597.27 (NA) 2536.47 (NA) 2534.00 (NA) -950.20 (NA)
Median 17597.27 2536.47 2534.00 -950.20
Min, Max 17597.3,17597.3 2536.5,2536.5 2534.0,2534.0 -950.2,-9502
Q1,Q3 1759727, 1759727 2536.47,2536.47 2534.00,2534.00 -950.20, -950.20

FVIIIL, Coagulation factor VIII; Max, maximum; Min, minimum;, SD, standard deviation; Q1: 25% Percentile; Q3: 75% Percentile; CFB: Change from baseline
Annualized FVIII utilization (IU/kg/yr) = (sum(FVIII replacement treatment (IU/kg)) of the penod/sum(follow-up days of the period))*365.25.

Table 14.2.2.2.1

Summary of Annualized Factor VIII Utilization
Analysis population: Full Analysis Set

Post-Baseline

Week 5 and Beyond

Annualized
FVII FVIII
Utilization Utilization Follow-up CFB
Cohort Results (IU/kg) (1U/kg/yr) (Days) (1U/kg/yr)
BMN 270 2E13 vg/kg (N=1)
n 1 1 1 1
Mean (SD) 193747 (NA) 27927 (NA) 2534.00 (NA) -2743.22 (NA)
Median 193747 27927 253400 -2743.22
Min, Max 1937.5, 19375 2793,279.3 2534.0,2534.0 -2743.2,-27432
QL, Q3 1937.47, 193747 27927,27927 2534.00,2534.00 -274322 -274322

FVIII, Coagulation factor VIII; Max, maximum; Min, minimum; SD, standard deviation; Q1: 25% Percentile; Q3: 75% Percentile; CFB: Change from baseline.
Annualized FVIII utilization (IU/kg/yr) = (sum(FVTII replacement treatment {IU/kg)) of the period/sum(follow-up days of the period))*365.25.



Secondary: Annualized Factor VIl Infusion Rate during Week 5 and Beyond

Table 14.2.2.3.1
Summary of Annualized Factor VIII Infusion Rate
Analysis population: Full Analysis Set

Post-Baseline

Week 5 and Beyond

Annualized
Fvill EVIIL
infusion rate infusion rate Follow-up CFB
Cohort Results (no.) (no./yr) (Days) (no./yr)
BMN 270 6E12 vg/kg (N=1)

n 1 1 1 1
Mean (SD) 541.00 (NA) 7798 (NA) 2534.00 (NA) 937 (NA)
Median 541.00 77.98 2534.00 937
Min, Max 541.0,541.0 78.0, 78.0 2534.0,2534.0 94,94
Q1,Q3 541.00, 541.00 77.98,77.98 2534.00, 2534.00 -9.37,-937

FVIIL, Coagulation factor VIIT; Max, maximum; Min, minimum; SD, standard deviation; Q1: 25% Percentile; Q3: 75% Percentile; CFB: Change from baseline
Annualized FVIII infusion rate (count/yr) = (sum{Number of FVIII repl infusions during calculation period /sum(follow-up days of the period))*365.25.

Table 142.2.3.1
Summary of Annualized Factor VIII Infusion Rate
Analysis population: Full Analysis Set

Post-Baseline

Week 5 and Beyond

Annualized
Fvill FVIII
infusion rate infusion rate Follow-up CFB
Cohort Results (no.) (no./yr) (Days) (no./yr)
BMN 270 2E13 vg/kg (N=1)

n 1 1 1 1
Mean (SD) 70.00 (NA) 10.09 (NA) 2534.00 (NA) 93,68 (NA)
Median 70.00 10.09 2534.00 -93.68
Min, Max 70.0,70.0 10.1, 10.1 2534.0,2534.0 -93.7,-937
Q1,03 70.00, 70.00 10.09,10.00  2534.00,2534.00  -93.68,-93.68

FVIIL, Coagulation factor VIIT; Max, maximum; Min, minimum; SD, standard deviation; Q1: 25% Percentile; Q3: 75% Percentile; CFB: Change from baseline.
Annualized FVIII infusion rate (count/yr) = (sum({Number of FVIII repl. infusions during caleulation period /sumifoll p days of the period))*365.25.




