EU Clinical Trials Register

Clinical trial results:
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Trial identification

Sponsor protocol code
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Other trial identifiers
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Sponsors

Sponsor organisation name

Novo Nordisk A/S

Sponsor organisation address

Novo Alle, Bagsvaerd, Denmark, 2880
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Clinical Reporting Office (2834), Novo Nordisk A/S,
clinicaltrials@novonordisk.com

Notes:

Paediatric regulatory details

Is trial part of an agreed paediatric
investigation plan (PIP)

Yes

EMA paediatric investigation plan
number(s)

EMEA-002762-PIP02-20

Does article 45 of REGULATION (EC) No
1901/2006 apply to this trial?

No

Does article 46 of REGULATION (EC) No
1901/2006 apply to this trial?

Yes

Notes:
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Results analysis stage

Analysis stage Final

Date of interim/final analysis 06 February 2024
Is this the analysis of the primary No

completion data?

Global end of trial reached? Yes

Global end of trial date 17 December 2024
Was the trial ended prematurely? No

Notes:

General information about the trial

Main objective of the trial:

To confirm the haemostatic effect of Mim8 as treatment prophylaxis for adult and adolescent patients
with haemophilia A with or without inhibitors. This will be done by: - Demonstrating superiority in
number of bleeding episodes when treated with Mim8 once-weekly versus no prophylaxis for subjects on
no prophylaxis treatment prior to enrolment (Comparing Arm 1 and Arm 2 main treatment period) -
Demonstrating non-inferiority in number of bleeding episodes when treated with either Mim8 once-
weekly or once-monthly versus treatment with coagulation factor prophylaxis during run-in for subjects
on prophylaxis treatment prior to enrolment (Comparing Arm 3 and Arm 4 run-in with main treatment
period)

Protection of trial subjects:

The trial was conducted in accordance with the Declaration of Helsinki (Oct 2013) and ICH Good Clinical
Practice, including archiving of essential documents (May 1996) and EN ISO 14155 Part 1 and 2 and FDA
21 CFR 312.120.

Background therapy: -

Evidence for comparator: -

Actual start date of recruitment

02 December 2021

Long term follow-up planned

No

Independent data monitoring committee|Yes

(IDMC) involvement?

Notes:

Population of trial subjects

Subjects enrolled per country

Country: Number of subjects enrolled [Austria: 5

Country: Number of subjects enrolled Belgium: 3
Country: Number of subjects enrolled [Canada: 3

Country: Number of subjects enrolled Switzerland: 6
Country: Number of subjects enrolled [China: 36

Country: Number of subjects enrolled Germany: 16
Country: Number of subjects enrolled Denmark: 6
Country: Number of subjects enrolled Spain: 6

Country: Number of subjects enrolled France: 10

Country: Number of subjects enrolled United Kingdom: 15
Country: Number of subjects enrolled [India: 12

Country: Number of subjects enrolled Ireland: 1

Country: Number of subjects enrolled |[Israel: 4

Country: Number of subjects enrolled Italy: 9

Country: Number of subjects enrolled [Japan: 12

Country: Number of subjects enrolled Korea, Republic of: 18
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Country: Number of subjects enrolled

Lithuania: 5

Country: Number of subjects enrolled Latvia: 3
Country: Number of subjects enrolled Mexico: 2
Country: Number of subjects enrolled Malaysia: 6
Country: Number of subjects enrolled Netherlands: 9
Country: Number of subjects enrolled Poland: 25
Country: Number of subjects enrolled Portugal: 7
Country: Number of subjects enrolled Romania: 5

Country: Number of subjects enrolled

Russian Federation: 3

Country: Number of subjects enrolled

Saudi Arabia: 7

Country: Number of subjects enrolled Serbia: 2
Country: Number of subjects enrolled [Slovakia: 4
Country: Number of subjects enrolled |Turkiye: 11
Country: Number of subjects enrolled [Taiwan: 4

Country: Number of subjects enrolled

United States: 20

Country: Number of subjects enrolled

South Africa: 6

Worldwide total number of subjects 281
EEA total number of subjects 114
Notes:

Subjects enrolled per age group

In utero 0

Preterm newborn - gestational age < 37
wk

Newborns (0-27 days) 0
Infants and toddlers (28 days-23 0
months)

Children (2-11 years) 0
Adolescents (12-17 years) 87
Adults (18-64 years) 190
From 65 to 84 years 4
85 years and over 0
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Subject disposition

Recruitment

Recruitment details:

This study was conducted at 100 sites that enrolled subjects in 32 countries. The study was conducted in
2 parts: main part (26 weeks) and extension part (26 weeks), With 5 randomized arms (Arm 1, 2a, 2b,
3 and 4).

Pre-assignment

Screening details:

Subjects on coagulation factor prophylaxis entered run-in period (26 weeks) in Arm 3 and 4 to collect
high-quality bleeding, treatment data and randomized to main part. Subjects with no prophylaxis (Arm
1, 2a and 2b) was randomized to main part directly. After main part of study, subjects continued in the
extension part of the study.

Period 1

Period 1 title Main Phase (26 weeks)

Is this the baseline period? Yes

Allocation method Randomised - controlled

Blinding used Not blinded

Arms

Are arms mutually exclusive? Yes

Arm title Arm1: No PPX - Mim8 PPX QW/QM

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
agreement with the investigator.

Arm type Experimental
Investigational medicinal product name |[NNC0365-3769 B (Mim8)
Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly or once monthly in Arm 1 during
extension phase as maintenance doses. Dose amount is based on weight band of subject, whether it is a
loading or maintenance dose, and the frequency of dosing.

Arm title Arm 2a: Mim8 PPX QW

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Arm type |Experimenta|
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Investigational medicinal product name |[NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly dose in Arm 2a as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the
frequency of dosing

Arm title Arm 2b: Mim8 PPX QM

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight =45 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Arm type Experimental

Investigational medicinal product name |[NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once monthly dose in Arm 2b as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the
frequency of dosing

Arm title Arm 3: PPX - Mim8 PPX QW

Arm description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Arm type Experimental

Investigational medicinal product name |NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name

Pharmaceutical forms Solution for injection

Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly dose in Arm 3 as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the
frequency of dosing

Arm title Arm 4: PPX- Mim8 PPX QM

Arm description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Arm type |Experimenta|
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Investigational medicinal product name

NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name

Pharmaceutical forms

Solution for injection

Routes of administration

Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once monthly dose in Arm 4 as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the

frequency of dosing

Number of subjects in period 1 Arml: No PPX - Arm 2a: Mim8 PPX | Arm 2b: Mim8 PPX
Mim8 PPX QW/QM QW QM
Started 18 22 21
Completed 18 21 21
Not completed 0 1 0
Physician decision - 1 -

Consent withdrawn by subject

Withdrawal by Parent/Guardian

Number of subjects in period 1

Arm 3: PPX - Mim8

Arm 4: PPX- Mim8

PPX QW PPX QM
Started 111 109
Completed 105 108
Not completed 6 1
Physician decision 2 1
Consent withdrawn by subject 3 -
Withdrawal by Parent/Guardian 1 -

Period 2

Period 2 title

Extension Phase (26 weeks)

Is this the baseline period?

No

Allocation method

Randomised - controlled

Blinding used Not blinded
Arms
Are arms mutually exclusive? Yes

Arm title

Arm1: No PPX - Mim8 PPX QW/QM

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
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agreement with the investigator.

Arm type Experimental

Investigational medicinal product name |[NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly or once monthly in Arm 1 during
extension phase as maintenance doses. Dose amount is based on weight band of subject, whether it is a
loading or maintenance dose, and the frequency of dosing.

Arm title Arm 2a: Mim8 PPX QW

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Arm type Experimental

Investigational medicinal product name |[NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly or once monthly in Arm 2a as
maintenance doses. Dose amount is based on weight band of subject, whether it is a loading or
maintenance dose, and the frequency of dosing.

Arm title Arm 2b: Mim8 PPX QM

Arm description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight 245 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Arm type Experimental

Investigational medicinal product name [NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name
Pharmaceutical forms Solution for injection
Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once-monthly dose in Arms 2b as maintenance
doses. Dose amount is based on weight band of subject, whether it is a loading or maintenance dose,
and the frequency of dosing

Arm title Arm 3: PPX - Mim8 PPX QW

Arm description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Arm type |Experimenta|
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Investigational medicinal product name |[NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name

Pharmaceutical forms Solution for injection

Routes of administration Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once weekly dose in Arm 3 as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the
frequency of dosing

Arm title Arm 4: PPX- Mim8 PPX QM

Arm description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight 245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Arm type

Experimental

Investigational medicinal product name

NNC0365-3769 B (Mim8)

Investigational medicinal product code

Other name

Pharmaceutical forms

Solution for injection

Routes of administration

Subcutaneous use

Dosage and administration details:

A loading dose was administered once, followed by once monthly dose in Arm 4 as maintenance doses.
Dose amount is based on weight band of subject, whether it is a loading or maintenance dose, and the

frequency of dosing

Number of subjects in period Arm1: No PPX - Arm 2a: Mim8 PPX | Arm 2b: Mim8 PPX
l1] Mim8 PPX QW/QM QW QM
Started 18 21 21
Arm 1: Mim8 QW 8 [2] 0 31 0 4
Arm1: Mim8 QM 10 [5] 0 fel 071
Completed 17 21 21
Not completed 1 0 0
Consent withdrawn by subject 1 - -
Physician decision - - -
Number of subjects in period Arm 3: PPX - Mim8 | Arm 4: PPX- Mim8
2l1] PPX QW PPX QM
Started 104 108
Arm 1: Mim8 QW 0 (8] 0 [l
Arml: Mim8 QM 0 [10] 0 11
Completed 104 106
Not completed 0 2
Consent withdrawn by subject - 1
Physician decision - 1
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Notes:

[1] - The number of subjects starting the period is not consistent with the number completing the

preceding period. It is expected the number of subjects starting the subsequent period will be the same

as the number completing the preceding period.
Justification: As per the data this is correct, this is a bug thrown by PharmaCM

[2] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[3] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[4] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[5] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[6] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[7] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[8] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

[9] - The number of subjects at this
arm. It is expected that the number
completed, minus those who left.

Justification: Arm 1: Mim8 QW: The

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

milestone seems inconsistent with the number of subjects in the
of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

[10] - The number of subjects at this milestone seems inconsistent with the number of subjects in the

arm. It is expected that the number
completed, minus those who left.
Justification: Arm 1: Mim8 QW: The

of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)

[11] - The number of subjects at this milestone seems inconsistent with the number of subjects in the

arm. It is expected that the number
completed, minus those who left.
Justification: Arm 1: Mim8 QW: The

of subjects will be greater than, or equal to the number that

milestone is only applicable for Arm 1 (QW)
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Baseline characteristics

Reporting groups

Reporting group title Arm1: No PPX - Mim8 PPX QW/QM

Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
agreement with the investigator.

Reporting group title [Arm 2a: Mim8 PPX Qw

Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title |Arm 2b: Mim8 PPX QM

Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight 245 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title |Arm 3: PPX - Mim8 PPX QW

Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Reporting group title |Arm 4: PPX- Mim8 PPX QM

Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Mim8 PPX QW/QM QW QM
Number of subjects 18 22 21

Age Categorical
Units: Subjects

In utero 0 0 0
Preterm newborn infants 0 0 0
(gestational age < 37 wks)

Newborns (0-27 days) 0 0 0
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Infants and toddlers (28 days-23 0 0 0
months)
Children (2-11 years) 0 0 0
Adolescents (12-17 years) 6 6 5
Adults (18-64 years) 12 16 16
From 65-84 years 0 0 0
85 years and over 0 0 0
Age Continuous
Units: years
arithmetic mean 30 31 33
standard deviation + 13 + 16 + 16
Gender Categorical
Units: Subjects
Female 1 0 2
Male 17 22 19
Race (NIH/OMB)
Units: Subjects
American Indian or Alaska Native 0 0 0
Asian 12 12 12
Native Hawaiian or Other Pacific 0 0 0
Islander
Black or African American 1 1 2
White 4 9 7
More than one race 1 0 0
Unknown or Not Reported 0 0 0
Ethnicity (NIH/OMB)
Units: Subjects
Hispanic or Latino 0 1 2
Not Hispanic or Latino 17 21 19
Unknown or Not Reported 1 0 0
Reporting group values Arm 3: PPX - Mim8 | Arm 4: PPX- Mim8 Total
PPX QW PPX QM
Number of subjects 111 109 281
Age Categorical
Units: Subjects
In utero 0 0 0
Preterm newborn infants 0 0 0
(gestational age < 37 wks)
Newborns (0-27 days) 0 0 0
Infants and toddlers (28 days-23 0 0 0
months)
Children (2-11 years) 0 0 0
Adolescents (12-17 years) 37 33 87
Adults (18-64 years) 73 73 190
From 65-84 years 1 3 4
85 years and over 0 0 0
Age Continuous
Units: years
arithmetic mean 31 31
standard deviation + 16 + 16 -
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Gender Categorical
Units: Subjects

Female 0 1 4
Male 111 108 277

Race (NIH/OMB)
Units: Subjects

American Indian or Alaska Native 0 0 0
Asian 25 28 89
Native Hawaiian or Other Pacific 1 0 1
Islander

Black or African American 1 2 7
White 72 68 160
More than one race 7 7 15
Unknown or Not Reported 5 4 9

Ethnicity (NIH/OMB)
Units: Subjects

Hispanic or Latino 2 2 7
Not Hispanic or Latino 104 103 264
Unknown or Not Reported 5 4 10
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End points

End points reporting groups

Reporting group title Arm1: No PPX - Mim8 PPX QW/QM

Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
agreement with the investigator.

Reporting group title |Arm 2a: Mim8 PPX QW
Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title |Arm 2b: Mim8 PPX QM
Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight =45 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title |Arm 3: PPX - Mim8 PPX QW
Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Reporting group title |Arm 4: PPX- Mim8 PPX QM
Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Reporting group title |Arm1: No PPX - Mim8 PPX QW/QM
Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
agreement with the investigator.

Reporting group title |Arm 2a: Mim8 PPX QW
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Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title [Arm 2b: Mim8 PPXx QM

Reporting group description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight =45 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Reporting group title |Arm 3: PPX - Mim8 PPX QW

Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Reporting group title |Arm 4: PPX- Mim8 PPX QM

Reporting group description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Subject analysis set title Arm1: No PPX - Mim8 PPX QW/QM

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on no prophylaxis treatment did not enter the run-in period and continued no prophylaxis (on-
demand treatment with their standard of care products) treatment in the main part of the study (26
weeks). After the main part, subjects continued in the extension part of the study (26 weeks) to receive
either once-weekly (QW) loading dose of 24 milligram (mg) (body weight 30-<45 kg) or 55 mg (body
weight >=45 kg) Mim8 subcutaneously followed by maintenance dose of 4 mg (body weight 30-<45
kg) or 9 mg (body weight >=45 kg) respectively, or once-monthly (QM) loading dose of 40 mg (body
weight 30-<45 kg) or 92 mg (body weight >=45 kg) Mim8 subcutaneously followed by maintenance
dose of 20 mg (body weight 30 - <45 kg) or 46 mg (body weight >=45 kg) respectively, based on
agreement with the investigator.

Subject analysis set title Arm 2a: Mim8 PPX QW

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of either
24 mg (body weight 30-<45 kg) or 55 mg (body weight >=45 kg) Mim8 QW subcutaneously followed by
maintenance dose of 4 mg (body weight 30 -<45 kg) or 9 mg (body weight >=45 kg) respectively. After
the main part, subjects continued to receive the same dosing regimen of Mim8 QW subcutaneously in
the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.

Subject analysis set title Arm 2b: Mim8 PPX QM

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of wither
40 mg (body weight 30-<45 kg) or 92 mg (body weight =45 kg) Mim8 QM subcutaneously followed by
maintenance dose of 20 mg (body weight 30-<45 kg) or 46 mg (body weight >=45 kg) respectively.
After the main part, subjects continued to receive the same dosing regimen of Mim8 QM subcutaneously
in the extension part of the study (26 weeks). The dose could only be changed in relation to weight band
change.
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Subject analysis set title Arm 3: PPX - Mim8 PPX QW (Run-in Part)

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered the
main part of the study, to receive loading dose of either 24 mg (body weight 30-<45 kg) or 55 mg
(body weight >=45 kg) Mim8 QW subcutaneously followed by maintenance dose of 4 mg (body weight
30 -<45 kg) or 9 mg >=45 kg) respectively. After the main part, subjects continued to receive the same
dosing regimen of Mim8 QW subcutaneously in the extension part of the study (26 weeks). The dose
could only be changed in relation to weight band change.

Subject analysis set title Arm 3: PPX - Mim8 PPX QW (Main Part)

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks. Subjects entered the main part of the study,
to receive loading dose of 24 mg (body weight 30-<45 kg) to 55 mg (body weight >=45 kg) Mim8 QW
followed by maintenance dose of 4 mg (body weight 30 -<45 kg)-9 mg >=45 kg) subcutaneously. After
the main part, subjects continued to receive the same dosing schedule of Mim8 QW subcutaneously in
the extension part of the study (26 weeks).

Subject analysis set title Arm 4: PPX- Mim8 PPX QM (Run-in Part)

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Subject analysis set title Arm 4: PPX- Mim8 PPX QM (Main Part)

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks and up to 52 weeks. Subjects entered main
part of the study, to receive loading dose of wither 40 mg (body weight 30-<45 kg) or 92 mg (body
weight =245 kg) Mim8 QM subcutaneously followed by maintenance dose of 20 mg (body weight 30-<45
kg) or 46 mg (body weight >=45 kg) respectively. After the main part, subjects continued to receive the
same dosing regimen of Mim8 QM subcutaneously in the extension part of the study (26 weeks). The
dose could only be changed in relation to weight band change.

Subject analysis set title Arm 2a: Mim8 PPX QW

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of 24 mg
(body weight 30-<45 kg) to 55 mg (body weight >=45 kg) Mim8 QW followed by maintenance dose of 4
mg (body weight 30 -<45 kg)-9 mg (body weight >=45 kg) subcutaneously. After the main part,
subjects continued to receive the same dosing schedule of Mim8 QW subcutaneously in the extension
part of the study (26 weeks).

Subject analysis set title Arm 2b: Mim8 PPX QM

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on no prophylaxis treatment did not enter the run-in period and received loading dose of 40 mg
(body weight 30-<45 kg)-92 mg (body weight =45 kg) Mim8 QM followed by maintenance dose 20 mg
(body weight 30-<45 kg)-46 mg (body weight >=45 kg) subcutaneously. After the main part, subjects
continued to receive the same dosing schedule of Mim8 QM subcutaneously in the extension part of the
study (26 weeks).

Subject analysis set title Arm 3: PPX - Mim8 PPX QW

Subject analysis set type Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks. Subjects entered the main part of the study,
to receive loading dose of 24 mg (body weight 30-<45 kg) to 55 mg (body weight >=45 kg) Mim8 QW
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followed by maintenance dose of 4 mg (body weight 30 -<45 kg)-9 mg >=45 kg) subcutaneously. After
the main part, subjects continued to receive the same dosing schedule of Mim8 QW subcutaneously in
the extension part of the study (26 weeks).

Subject analysis set title

Arm 4: PPX- Mim8 PPX QM

Subject analysis set type

Full analysis

Subject analysis set description:

Subjects on coagulation factor prophylaxis prior to enrolment continued with the same product type and
dosing frequency in the run-in period for at least 26 weeks. Subjects entered main part of the study, to
receive loading dose of 40 mg (body weight 30-<45 kg)-92 mg (body weight =45 kg) Mim8 QM followed
by maintenance dose 20 mg (body weight 30-<45 kg)-46 mg (body weight >=45 kg) subcutaneously.
After the main part, subjects continued to receive the same dosing schedule of Mim8 QM subcutaneously
in the extension part of the study (26 weeks).

Primary: Prophylaxis treatment (Arms 3 and 4): Number of treated bleeds

(Annualised Bleeding Rate)

End point title

Prophylaxis treatment (Arms 3 and 4): Number of treated

bleeds (Annualised Bleeding Rate)

End point description:

Number of treated bleeds per year (Annualised Bleeding Rate) data is reported. Annualised bleeding
rate(ABR) is the number of bleeding episodes per year. Full analysis set (FAS) population included all

participants randomised

End point type

|Primary

End point timeframe:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomisation (week 0) to

end of main (Week 26)

Arm 3: PPX - | Arm 3: PPX - | Arm 4: PPX- Arm 4: PPX-
End point values Mim8 PPX QW | Mim8 PPX QW | Mim8 PPX QM | Mim8 PPX QM
(Run-in Part) (Main Part) (Run-in Part) (Main Part)
Subject group type Subject analysis set] Subject analysis set] Subject analysis sef] Subject analysis sef]
Number of subjects analysed 98 98 98 98
Units: Bleeding episodes per year
arithmetic mean (confidence interval 4.83(3.59to| 2.51(1.42to| 3.10(2.23to | 1.78 (1.17 to
95%) 6.51) 4.42) 4.29) 2.71)

Statistical analyses

Statistical analysis title

PPX (run-in) vs Mim8 PPX QM (main)

Statistical analysis description:

The actual analyzed population is 98 subjects

Comparison groups

Arm 4: PPX- Mim8 PPX QM (Run-in Part) v Arm 4: PPX- Mim8
PPX QM (Main Part)

Number of subjects included in analysis

196

Analysis specification

Pre-specified

Analysis type superiority
P-value = 0.0066
Method Negative binomial regression

Parameter estimate

Annualised bleeding rate ratio

Point estimate

0.574
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Confidence interval

level 95 %
sides 2-sided
lower limit 0.385
upper limit 0.857

Statistical analysis title

PPX (Run-in) vs Mim8 PPX QW (Main)

Statistical analysis description:

The actual analyzed population is 98 subjects

Comparison groups

Arm 3: PPX - Mim8 PPX QW (Run-in Part) v Arm 3: PPX - Mim8
PPX QW (Main Part)

Number of subjects included in analysis

196

Analysis specification

Pre-specified

Analysis type superiority
P-value = 0.0406
Method Negative binomial regression
Parameter estimate Annualised bleeding rate ratio
Point estimate 0.52
Confidence interval

level 95 %

sides 2-sided

lower limit 0.278

upper limit 0.973

Primary: No prophylaxis treatment (Arms 1, 2a, and 2b): Number of treated bleeds

(Annualised Bleeding Rate)

End point title

No prophylaxis treatment (Arms 1, 2a, and 2b): Number of
treated bleeds (Annualised Bleeding Rate)

End point description:

Number of treated bleeds per year (Annualised Bleeding Rate) data is reported. Annualised bleeding rate
(ABR) is the number of bleeding episodes per year. Full analysis set (FAS) population included all

subjects randomized.

End point type

|Primary

End point timeframe:

From randomisation (week 0) to end of main part (Week 26)

Arm1: No PPX

End point values - Mim8 PPX Am;g;b'wms Armpg)t():Ql\l:llllms
QwW/QM
Subject group type Subject analysis sef] Subject analysis set] Subject analysis set]
Number of subjects analysed 17 21 20
Units: Bleeding episodes per year
arithmetic mean (confidence interval 15.75 (10.70 | 0.45 (0.18 to | 0.20 (0.06 to
95%) to 23.20) 1.14) 0.72)
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Statistical analyses

Statistical analysis title No PPX Vs Mim8 PPX QM
Comparison groups Arm1: No PPX - Mim8 PPX QW/QM v Arm 2b: Mim8 PPX QM
Number of subjects included in analysis |37
Analysis specification Pre-specified
Analysis type superiority
P-value < 0.0001
Method Negative Binomial Regression
Parameter estimate Annualised bleeding rate ratio
Point estimate 0.013
Confidence interval

level 95 %

sides 2-sided

lower limit 0.003

upper limit 0.048
Statistical analysis title No PPX Vs Mim8 PPX QW
Comparison groups Arm1: No PPX - Mim8 PPX QW/QM v Arm 2a: Mim8 PPX QW
Number of subjects included in analysis |38
Analysis specification Pre-specified
Analysis type superiority
P-value < 0.0001
Method Negative binomial regression
Parameter estimate Annualised bleeding rate ratio
Point estimate 0.029
Confidence interval

level 95 %

sides 2-sided

lower limit 0.011

upper limit 0.078

Secondary: Arms 2a, 2b, 3 and 4: Number of injection site reactions

End point title Arms 2a, 2b, 3 and 4: Number of injection site reactions

End point description:

Number of injection site reactions data is reported from randomisation (week 0) to end of main (week
26). Full analysis set (FAS) population included all subjects randomized.

End point type |Secondary

End point timeframe:
From randomisation (week 0) to end of main (week 26)
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End point values

Arm 2a: Mim8
PPX QW

Arm 2b: Mim8
PPX QM

Arm 3: PPX -
Mim8 PPX QW
(Run-in Part)

Arm 4: PPX-
Mim8 PPX QM
(Run-in Part)

Subject group type

Subject analysis set]

Subject analysis set

Subject analysis sef]

Subject analysis sef]

Number of subjects analysed 21 20 98 98
Units: Number of events
number (not applicable) 2 2 86 13

Statistical analyses

No statistical analyses for this end point

Secondary: Arms 2a, 2b, 3 and 4: Number of participants with anti-Mim8 antibodies

End point title

Arms 2a, 2b, 3 and 4: Number of participants with anti-Mim8

antibodies

End point description:

Number of participants with anti-Mim8 antibodies from randomisation (week 0) to end of extension
(week 52) is reported. Safety analysis set (SAS) included all subjects randomly assigned to study

treatment and who take at least 1 dose of study product.

End point type

|Secondary

End point timeframe:

From randomisation (week 0) to end of extension (week 52)

End point values Arrr;’PZ)?: Mim8| Arm 2b: Mim8 A.rm 3: PPX - Arm 4: PPX-

QW PPX QM Mim8 PPX QW [ Mim8 PPX QM
Subject group type Subject analysis set] Subject analysis set] Subject analysis sef] Subject analysis sef]
Number of subjects analysed 22 21 111 109
Units: Subjects 2 2 12 5

Statistical analyses

No statistical analyses for this end point

Secondary: No prophylaxis treatment (Arms 1, 2a, and 2b): Number of treated
spontaneous bleeds (Annualised Bleeding Rate)

End point title

No prophylaxis treatment (Arms 1, 2a, and 2b): Number of
treated spontaneous bleeds (Annualised Bleeding Rate)

End point description:

Number of treated spontaneous bleeds per year (ABR) data is reported from randomisation (week 0) to
end of main (week 26). ABR is the humber of bleeding episodes per year. Full analysis set (FAS)
population included all subjects randomised

End point type

|Secondary
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End point timeframe:

From randomisation (week 0) to end of main (Week 26)

Arm1l: No PPX

End point values - Mim8 PPX Ar”;g;bwms ArmPSQ:QT,I'mS
QW/QM

Subject group type Subject analysis set| Subject analysis set] Subject analysis set

Number of subjects analysed 17 21 20

Units: Spontaneous bleeding episodes

per year

arithmetic mean (confidence interval 11.78 (7.48 to| 0.09 (0.01 to | 0.24 (0.07 to

95%) 18.54) 0.69) 0.85)

Statistical analyses

No statistical analyses for this end point

Secondary: Prophylaxis treatment (Arms 3 and 4): Number of treated spontaneous

bleeds

End point title

Prophylaxis treatment (Arms 3 and 4): Number of treated
spontaneous bleeds

End point description:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomisation (week 0) to
end of main (Week 26). Full analysis set (FAS) population included all subjects randomised

End point type

|Secondary

End point timeframe:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomisation (week 0) to

end of main (Week 26)

Arm 3: PPX - | Arm 3: PPX - | Arm 4: PPX- Arm 4: PPX-
End point values Mim8 PPX QW | Mim8 PPX QW | Mim8 PPX QM | Mim8 PPX QM
(Run-in Part) (Main Part) (Run-in Part) (Main Part)
Subject group type Subject analysis sef] Subject analysis set] Subject analysis sef] Subject analysis sef]
Number of subjects analysed 98 98 98 98
Units: Spontaneous bleeding episodes
per year
arithmetic mean (confidence interval 2.73(1.94to| 1.49(0.65to | 1.83(1.10to | 0.74 (0.42 to
95%) 3.86) 3.42) 3.04) 1.32)

Statistical analyses

No statistical analyses for this end point

Secondary: No prophylaxis treatment (Arms 1, 2a, and 2b): Number of treated joint
bleeds
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End point title

No prophylaxis treatment (Arms 1, 2a, and 2b): Number of
treated joint bleeds

End point description:

Number of treated joint bleeds data is reported from randomisation (week 0) to end of main (Week 26)

End point type

|Secondary

End point timeframe:

From randomisation (week 0) to end of main (Week 26)

Arm1l: No PPX s o
End point values - Mim8 PPX Amllpsz'\\;'\;ms ArmplfQ'Q'\:,l'mS
QwW/QM
Subject group type Subject analysis set] Subject analysis setf Subject analysis set

Number of subjects analysed 17 21 20111
Units: Joint bleeding episodes per year

arithmetic mean (confidence interval 10.60 (6.28 to| 0.48 (0.18 to | 99999 (99999
95%) 17.89) 1.29) to 99999)

Notes:

[1] - Since number of subjects with bleeding is zero, mean and 95% CI data is not available.

Statistical analyses

No statistical analyses for this end point

Secondary: Prophylaxis treatment (Arms 3 and 4): Number of treated joint bleeds

End point title

Prophylaxis treatment (Arms 3 and 4): Number of treated joint

bleeds

End point description:

Number of treated joint bleeds data is reported from initiation of run-in (26-52 weeks prior to week 0)
to week 0. Full analysis set (FAS) included all subjects randomized.

End point type

|Secondary

End point timeframe:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomization (week 0) to

end of main (Week 26)

Arm 3: PPX - | Arm 3: PPX - | Arm 4: PPX- Arm 4: PPX-
End point values Mim8 PPX QW | Mim8 PPX QW | Mim8 PPX QM | Mim8 PPX QM
(Run-in Part) (Main Part) (Run-in Part) (Main Part)
Subject group type Subject analysis set] Subject analysis set] Subject analysis set] Subject analysis sef]
Number of subjects analysed 98 98 98 98
Units: Spontaneous bleeding episodes
per year
arithmetic mean (confidence interval 3.60 (2.62to| 1.80(0.91to| 2.06 (1.43to| 1.09 (0.60 to
95%) 4.95) 3.55) 2.97) 1.99)

Statistical analyses
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No statistical analyses for this end point

Secondary: No prophylaxis treatment (Arms 1, 2a, and 2b): Number of treated

traumatic bleeds

End point title

No prophylaxis treatment (Arms 1, 2a, and 2b): Number of
treated traumatic bleeds

End point description:

Number of treated traumatic bleeds data is reported from randomisation (week 0) to end of main (Week

26)

End point type

|Secondary

End point timeframe:

From randomisation (week 0) to end of main (Week 26)

Arm1: No PPX o Lo

End point values - Mim8 PPX Arn;g)?'Qlme Armpg)t().Ql\l:llllms
Qw/QM

Subject group type Subject analysis sef] Subject analysis set] Subject analysis sef]
Number of subjects analysed 17 20 21
Units: Traumatic bleeding episodes per
year
arithmetic mean (confidence interval 1.86 (0.86 to | 0.19 (0.05 to | 99999 (99999
95%) 4.05) 0.67) to 99999)

Statistical analyses

No statistical analyses for this end point

Secondary: Prophylaxis treatment (Arms 3 and 4): Number of treated traumatic

bleeds

End point title

Prophylaxis treatment (Arms 3 and 4): Number of treated
traumatic bleeds

End point description:

Number of treated traumatic bleeds data is reported From initiation of run-in (26-52 weeks prior to week

0) to week O

End point type

Secondary

End point timeframe:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomization (week 0) to

end of main (Week 26)

Arm 3: PPX - | Arm 3: PPX - | Arm 4: PPX- Arm 4: PPX-
End point values Mim8 PPX QW [ Mim8 PPX QW | Mim8 PPX QM | Mim8 PPX QM
(Run-in Part) (Main Part) (Run-in Part) (Main Part)
Subject group type Subject analysis set] Subject analysis set] Subject analysis set] Subject analysis sef]
Number of subjects analysed 98 98 98 98
Units: Traumatic bleeding episodes per
year
arithmetic mean (confidence interval 1.95(1.39to | 0.89 (0.58to | 1.28 (0.94to | 0.88 (0.57 to
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[95%) 274 | 13 | 17s) | 137)

Statistical analyses

No statistical analyses for this end point

Secondary: No prophylaxis treatment (Arms 1, 2a, and 2b): Number of treated
target joint bleeds

End point title No prophylaxis treatment (Arms 1, 2a, and 2b): Number of
treated target joint bleeds

End point description:

Number of treated target joint bleeds data is reported from randomisation (week 0) to end of main
(Week 26)

End point type |Secondary

End point timeframe:
From randomisation (week 0) to end of main (Week 26)

Arm1: No PPX L -

End point values - Mim8 PPX Arnllpz)?.Ql\\;l\;mS Armpg)t().Ql\I:l/:ms
QwW/QM

Subject group type Subject analysis set] Subject analysis set] Subject analysis set
Number of subjects analysed 17 21 20
Units: Spontaneous bleeding episodes
per year
arithmetic mean (confidence interval 3.91 (1.96to | 0.26 (0.07 to | 99999 (99999
95%) 7.77) 0.99) to 99999)

Statistical analyses

No statistical analyses for this end point

Secondary: Prophylaxis treatment (Arms 3 and 4): Number of treated target joint
bleeds

End point title Prophylaxis treatment (Arms 3 and 4): Number of treated
target joint bleeds

End point description:

Number of treated target joint bleeds data is reported From initiation of run-in (26-52 weeks prior to
week 0) to week 0 and from randomisation (week 0) to end of main (Week 26)

End point type |Secondary

End point timeframe:

From initiation of run-in (26-52 weeks prior to week 0) to week 0 and from randomisation (week 0) to
end of main (Week 26)
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Arm 3: PPX - | Arm 3: PPX - | Arm 4: PPX- Arm 4: PPX-
End point values Mim8 PPX QW | Mim8 PPX QW | Mim8 PPX QM | Mim8 PPX QM
(Run-in Part) (Main Part) (Run-in Part) (Main Part)
Subject group type Subject analysis set| Subject analysis set] Subject analysis setf Subject analysis sef]
Number of subjects analysed 98 98 98 98
Units: Spontaneous bleeding episodes
per year
arithmetic mean (confidence interval 1.12 (0.62to | 0.38 (0.14to | 0.48 (0.21to | 0.35(0.11 to
95%) 2.02) 1.08) 1.09) 1.08)

Statistical analyses

No statistical analyses for this end point

Secondary: (Arms 2a, 2b, 3 and 4): Mim8 plasma concentration

End point title

|(Arms 2a, 2b, 3 and 4): Mim8 plasma concentration

End point description:

Mim8 plasma concentration data is presented from randomisation (week 0) to end of extension (week
52) in this endpoint. Data is reported in which subjects were a part of at any time from week 0 to week
52, not at specific time points assessed from week 0 to week 52. FAS included all subjects who were

randomized

End point type

Secondary

End point timeframe:

From randomisation (week 0) to end of extension (week 52)

End point values Arn;PZQ: Mim8| Arm 2b: Mim8 A_rm 3: PPX - A_rm 4: PPX-
Qw PPX QM Mim8 PPX QW | Mim8 PPX QM

Subject group type Subject analysis set] Subject analysis set] Subject analysis setf Subject analysis sef]

Number of subjects analysed 22 21 109 108

Units: microgram per mililiter (pg/mL)

arithmetic mean (standard deviation) 4.93 (£ 1.96)| 3.50 (£ 1.42)| 4.81 (£ 1.65)| 4.18 (£ 1.76)

Statistical analyses

No statistical analyses for this end point

Secondary: No prophylaxis treatment (Arms 1, 2a, and 2b): Consumption of factor
product per bleed treatment (number of injections)

End point title

No prophylaxis treatment (Arms 1, 2a, and 2b): Consumption
of factor product per bleed treatment (number of injections)

End point description:

Consumption of factor product per bleed treatment (number of injections) is reported from
randomisation (week 0) to end of main (Week 26). Full analysis set (FAS) included all subjects who
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were randomised.

End point type

|Secondary

End point timeframe:

From randomisation (week 0) to end of main (Week 26)

Arm1l: No PPX o Lo
End point values - Mim8 PPX Amllpzf'mes Armpgg.ql:/lllms
Qw/QM
Subject group type Subject analysis set] Subject analysis set] Subject analysis sef]

Number of subjects analysed 17 21 20
Units: Number of injections
arithmetic mean (standard deviation) 1.7 (£ 1.9) 1.2 (£ 0.4) 1.0 (£ 0.0)

Statistical analyses

No statistical analyses for this end point

Secondary: Prophylaxis treatment (Arms 3 and 4): Consumption of factor product
per bleed treatment (number of injections)

End point title

Prophylaxis treatment (Arms 3 and 4): Consumption of factor
product per bleed treatment (number of injections)

End point description:

Number of injections consumed per bleed treatment data i