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INTRODUCTION

 Hereditary angioedema (HAE) is a rare, life-threatening genetic disorder that causes
recurrent, unpredictable episodes of cutaneous or submucosal swelling.-3

« Pediatric HAE imposes a substantial burden on children and caregivers, even a mild attack
causes pain, discomfort, and disfigurement.!4>

« HAE management is particularly complex in pediatric patients, where treatment options
are more limited and the impact on HRQoL extends to caregivers.®

« |Information on caregiver HRQoL is important to better guide clinical decision-making and
address unmet needs of children with HAE and their caregivers.

Objective: This study explored the experience of caring for a child aged 2 to <12 years
old with HAE, including the influence of attack frequency on caregiver HRQoL.

METHODS

* This mixed methods study included a quantitative survey and qualitative interviews with
caregivers of children aged =2 to <12 years old with HAE.

« Caregivers were recruited through HAE patient organizations in the USA, UK, and Canada.

 The survey included demographic and clinical questions, and the Pediatric Quality of Life
Inventory-Family Impact Module (PedsQL-FIM).

« Caregivers completed the survey thinking of their own HRQoL in the past three months

prior to survey completion and retrospectively recalling two three-month periods when
their child had the most and least HAE attacks.

* |Interviews were then conducted with the same caregivers to explore the impact of caring
on their daily lives, first relating to overall caregiving experience (i.e., not associated with a
specific time period). They were then asked about the three specific time periods included
IN the survey.

* Survey data were analyzed descriptively using R; qualitative interview data were analyzed
using thematic and content analysis supported by MAXQDA and Excel.

SAMPLE CHARACTERISTICS

 N=17 caregivers completed both the survey and interview, with an additional caregiver
completing only the survey (N=18).

« Caregivers were from the USA (n=15/18, 83%), UK (n=2/18, 11%) and Canada (n=1/18, 6%), all
were parents to a child with HAE (n=18/18, 100%), and most caregivers had HAE themselves
(N=13/18, 72%). Clinical characteristics of the children with HAE are presented in Table 1.

Table 1. Clinical characteristics of children with HAE

Characteristic N, (%)
Child's average monthly attack rate in past 6 months
0 2 (11%)
1-2 13 (72%)
3-4 3 (17%)
Child's HAE type
Type T 18 (T00%)
Child treatment use!
Preventative (long-term prophylaxis) 11 (61%)
On-demand (for acute attacks) 15 (83%)
Child's clinical trial participation
No 15 (83%)
Yes 2 (M%)
Unsure 1(5.6%)

N, Number of observations. Sample characteristics are provided for the survey sample (N=18). 'Caregivers could
select multiple treatment options.

RESULTS

Experience of caregiving

« Caregivers typically spent on average 18 hours a week providing HAE-related care for
their child overall.

* |In the past three months, children of the caregivers had an average total of three HAE
attacks, 56% (n=10/18) received on-demand and 50% (n=9/18) received long-term
prophylaxis (LTP) treatment.

* |In the past three months, caregivers most commonly reported preparing and
administering HAE medication (n=16/17), educating themselves or others about their
child’'s HAE (n=10/17), monitoring symptoms (n=10/17), and attending or scheduling
medical appointments (n=8/17).

Caregiver HRQolL

* |In the past three months, caregivers most commonly reported impact to their
emotional wellbeing (n=17/17), particularly anxiety or worry (n=10/17) and stress (n=8/17),
their daily activities (n=14/17), particularly work (n=12/17), social lives (n=7/17) and their
own physical health (n=7/17).

« Administering LTP treatment was associated with an emotional toll on caregivers.

« Caregivers reported poorer HRQoL across almost all PedsQL-FIM domains in the past
three months, compared to parents of healthy children in the literature’-° (Figure 1).

Figure 1. Caregiver reported PedsQL-FIM in the past three months
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Influence of child’'s HAE attack frequency on caregiving

« A greater proportion of children of the caregivers received on-demand treatment in
the three-month period of most attacks (n=10/18, 56%) compared to the three-month
period of least attacks (N=4/18, 22%).

« Periods of most attacks (mean total attacks = 4.61) were, compared to periods of least
attacks (mean total attacks = 1.00), particularly associated with: monitoring potential
symptoms (n=9/17 vs n=5/17), providing additional help for their child (such as with
eating and drinking [n=8/17 vs n=1/17], self-care [n=8/17 vs n=3/17] and physical support |
n=4/17 vs n=0/17]); providing emotional support for their child (n=8/17 vs n=3/17), and
supporting medical intervention (n=7/17 vs n=1/17).

« However, even in the period of least attacks, caregivers described a continued need for
support; most frequently mentioned activities were preparation or administration of
treatment (n=9/17), scheduling or attending medical appointments (n=8/17), and
educating themselves or others about their child’'s HAE needs (n=7/17).

Influence of child’'s HAE attack frequency on caregiver HRQoL

« Periods of most attacks were particularly associated with impacts to caregivers’
emotional wellbeing (n=13/17; primarily anxiety/worry, n=8/17, and stress, n=8/17), daily
activities (n=13/17), family (n=8/17) and social lives (n=7/17), (Figure 2).

« Caregivers also experienced impacts to their emotional wellbeing (n=10/17), daily
activities (n=5/17), family (n=4/17), social life (n=4/17), and physical health (n=5/17), among
other aspects of HRQoL, in periods of least attacks.

Figure 2. Qualitative interview data on caregiver-reported HRQoL in periods of
most and least HAE attacks
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Caregivers reported poorer HRQoL across all PedsQL-FIM domains in periods of most
attacks compared to periods of least attacks, with particular deficits in daily activities (-
14.6%), emotional functioning (-8.0%), social functioning (-7.0%), and worry (-7.0%)

(Figure 3).

Compared to parents of healthy children described in the literature”’-°, caregivers of
children with HAE in this study showed deficits across almost all HRQoL domains,
particularly in worry, communication, and emotional functioning, especially during
periods of most attacks.

Figure 3. Caregiver reported PedsQL-FIM in periods of most and least HAE
attacks
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CONCLUSIONS

There is a substantial impact on the HRQoL of caregivers of children with HAE,
1 characterized in particular by anxiety and worry, disrupted routines, emotional
wellbeing, and challenges in communicating about their child’'s health needs.

5 Caregiver HRQoL reported in this study was lower than for parents of healthy
children reported in the literature, especially during periods of most attacks.

2 Greater HAE attack frequency in children was associated with a greater negative
Impact on caregiver HRQoL.
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