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Background

» Fibrodysplasia ossificans progressiva (FOP) is an ultra-rare genetic disorder.

* 97% of individuals with FOP have classic FOP, which is associated with an R206H
mutation in activin A receptor type | (ACVR1; also known as activin receptor-like
kinase-2).!

* FOP is characterised by episodic progressive heterotopic ossification (HO), often
preceded by flare-ups.>*

» HO develops into ribbons, sheets, and plates of extra bone throughout the body,
progressively restricting movement.*

 Disability in FOP is cumulative, with most patients requiring the use of a wheelchair by
their third decade of life and lifelong assistance in performing activities of daily living.?3

Objective

To characterise the use of aids, assistive devices, and adaptations (AADAs) in
individuals with FOP enrolled in a 36-month, global natural history study (NHS).

Methods

* A 36-month, prospective, protocol-specified, longitudinal NHS was conducted
(NCT02322255).

* Individuals with FOP aged <65 years with a documented ACVRTR2%¢" mutation were
eligible to participate.

 This analysis reports use of AADAs at Baseline and Month 36, and new-onset use at
Month 36 of the NHS.

» The International FOP Association has compiled a list of AADAs that patients with FOP
may use.

— AADAs were grouped into 12 categories, and participants were asked to select
AADAs used for daily living at NHS Day 1, and during clinic visits and/or telephone
appointments at Months 6, 12, 18, 24, 30, 36.

— New-onset AADAs were defined as AADAs used at the specified visit that were not
used or not applicable at Baseline.

» Data are presented by AADA category.
Results

» Atotal of 117 participants were enrolled in the NHS, of whom 114 had an ACVR71R206H
mutation and provided Baseline data (Table 1).

+ Data on AADA usage at Baseline and Month 36 were available for 108 and
41 participants, respectively.

— 37 participants provided data for new-onset AADA use at Month 36; the low patient
number observed reflects the high rate of study discontinuation (71.1%), largely due
to participants enrolling in interventional studies (53.5%).

» The number of AADAs used per participant per category at Baseline (mean [SD]) was
lowest for sport and recreation adaptations (1.5 [0.6]) followed by care attendants
(1.6 [0.7]), and highest for home adaptations (3.2 [2.6]) followed by bathroom aids and
devices (2.9 [1.7]).

» Personal care tools/aids (71.3%) and bedroom aids and devices (73.2%) were the
categories of AADAs used by the highest proportion of participants at Baseline
(Figure 1A) and Month 36 (Figure 1B), respectively.

* The 3 most common new-onset AADA categories between Baseline and
Month 36 overall were care attendants, personal care tools/aids, and
bathroom aids/devices (reported by >45% of participants) (Figure 1C).

Table 1. Baseline demographics and characteristics

Characteristic

Age, years,
mean (SD)

Sex, male,
n (%)

Years since
last flare-up,
median
(min, max)

Experienced 21
flare-up(s)

in the past 12
months,

n (%)

Number of
flare-ups in the
past

12 months,
mean (SD)

Patients who provided use of AADAs at Baseline

2-7
(n=17)

5.9 (1.1)

9 (52.9)

0.3
(0.0, 2.9)

13 (76.5)

2.2 (2.6)

CONCLUSIONS

814
(n=36)

1.5 (2.1)

24 (66.7)

0.5
(0.0, 13.5)

25 (69.4)

4.8 (9.8)

Age category (years)
Total
(N=114)

17.6 (9.7)

15-24
(n=34)

18.9 (3.1)

16 (47.1)

0.7
(-0.1, 6.9)

21(61.8)

1.4 (1.8)

25-65
(n=27)

31.7 (6.7)

13 (48.1)

0.8
(-0.1,15.1)

17 (63.0)

1.2 (1.6)

62 (54.4)

0.5
(-0.1, 15.1)

76 (66.7)

2.5 (5.9)

Patients who

provided use

of AADAs at
Month 36

Total
(n=41)

18.1 (10.5)

23 (56.1)

0.5
(-0.1,13.5)

23 (56.1)

2.7 (6.1)

» As their disease progresses, it is expected that patients with FOP will have a

greater need for AADAs and that their needs will change over time.
» Specific types of AADAs used at Baseline varied across age groups in this NHS.

* The new-onset use of AADASs, as observed here between Baseline and
Month 36, may provide a real-world indicator of FOP disease progression,

worsening mobility and functional impairment over time.

Abbreviations AADAs: aids, assistive devices and adaptations; ACVR1: activin A receptor type |; FOP: fibrodysplasia ossificans progressiva; HO: heterotopic ossification; NHS: natural history study; SD: standard

deviation.
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Figure 1. Use of AADAs by category
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B) Use of AADAs at Month 36
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C) New-onset use of AADAs at Month 36
Bl Total
n=37
Mobility aids
Care attendants 48.6
Eating tools
Personal care tools/aids 45.9
Bathroom aids and devices 459

Bedroom aids and devices 43.2

Home adaptations 43.2
Work environment adaptations
Technology adaptations
Sports and recreation adaptations
School

Medical therapies for daily living 43.2

1 [ T T T T T T T T T 1
100 0 10 20 30 40 50 60 70 80 90 100

Percentage of participants

each relevant visit. New-onset AADAs are defined as those used at the specified visit that were not used or not applicable at Baseline.
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