Route of administration preferences of people living with hereditary
angioedema for on-demand treatment: A US-based qualitative study
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Hereditary angioedema (HAE) is characterized by
recurrent and unpredictable episodes of subcutaneous or
submucosal swelling which can affect the abdomen,
extremities, genitals, face, and larynx’

All currently approved HAE on-demand treatments must

be administered parenterally, which results in significant
treatment burden

= The objectives of this qualitative study were to understand

patients’ likes and dislikes related to their current on-
demand treatment, their attack experiences and route of
administration (ROA) preferences for on-demand
treatment

The US Hereditary Angioedema Association (HAEA)
recruited people living with type 1 or type 2 HAE to be

Table 1. Respondent Characteristics Table 3. Responses to Trade-off Scenarios
Characteristics (n - 10) (n - 10) (N 20) (n = 10) (n = 10) (N 20)

Age, mean years (SD) 15.5 (1.5) 36.7 (16) 26.1 (8.9) Treatment choice, n (%)
[min-max] [12-17] [18-60] [12-60] Treatment A (self-administered injection) — — —
Gender, n (%)

Female > (50) 6 (60) 11(393) Treatment B (oral) 10 (100) 10 (100) 20 (100)

Male 5 (50) 4 (40) 9 (45)

R f B %)?

Racelethnicity, n (%) easons .or treeitment , N (%)

African American or Black 1(10) 1(10) 2 (10) Less pain/burning 5 (30) 5(50) 10 (50)

Hispanic, Latin American, or Latinx 4 (30) — 4 (20) Convenient to take/carry 3 (30) 4 (40) 7 (35)

Middle Eastern or North African — 1(10) 1(5) 4 (40 2 (20

White 5 (50) 8 (80) 13 (65) 4 hours before second dose (40) (20) 6 (30)
Age at HAE diagnosis, mean years (SD) 6.7 (4.3) 17.2 (12) 11.9 (8.3) Safer (due to no injection/infusion) 1(10) — 1(5)
HAE type 1, n (%) 10 (100) 7 (70) 17 (85) No needles 1(10) 1(10) 2 (10)
Number of attacks, last 6 months, n (SD) 4.4 (5.1) 4.5 (5.0) 4.5 (5.0) :

2 (20 1(10

Most recent attack location, n (%) Less time to take (20) 119) 3 (19)

Face 1 (10) — 1 (5.0) “What if”’ scenarios...

Extremities 3 (30) 4 (40) 7 (35) Treatment A offered “substantial improvement” (vs. Treatment B, “little

Abdomen 5 (50) 4 (40) 9 (45) improvement”) within the same timeframe, n (%)

Throat 1(10) 2 (20) 3 (15) Treat ¢ A choi 9 (90 3 (80 17 (85
Lifetime specific attack location, n (%) reatment A cholce (90) (80) (85)

Abdominal 8 (80) 9 (90) 17 (85) Treatment B choice 1(10) 2 (20) 3 (15)
CThroa’:: , RIS et 4 (40) 6 (60) 10 (50) The risk for mild side effects was higher for Treatment B?

urrent type o reatment, n (% - o

On-demand treatment and LTPT 8 (80)° 5 (50) 13(65)  Odds before switching to Treatment A, n (%)

On-demand treatment only 2 (20) 5 (90) 7 (35) <5in 10 2 (20) 3 (30) 5 (25)

On-demand treatment used for most

. . recent attack, n (%) Sl < (el ") )
InterVIewed Firazyr, icatibant @ 1 (10) 8 (80) 9 (45) SD = standard deviation.
o _ _ _ Berinert 3 (30) 1 (10) 4 (20) a:)Multiple response question; percentages sum to greater than 100% per column. o

" Participants were not informed of the identity of the study Ruconest, conestat alfa 3 (30) — 3(15) g partcipants reported that they were more kel to olrate a headache:  pariicipants reporied that

SpOnSOr Used LTPTP 3 (30) 1(10) 4 (20) they were less likely to tolerate a headache.
LTPT = long-term prophylactic treatment; SD = standard deviation.

- StUdy populatlon Included bOth adU|tS (1 8 tO 69yI’S) and aoﬂ?;;ez;r;c:;:f:ﬁgi:%rnl_nddel\r/rl]c;l;acljlstrzgte:];ri-years and older, 1 adolescent (aged 15 years) reported recent first-time use

adolescents (12 to 17yrs); has had at least one HAE domand.reatmentfo theif mostrecent attack. AL sceening, these partpante reporied oee of Firazyr (n = 1) and
- - - . : Berinert (n = 3) as their current on-demand treatment.

attaCk Wlthln the paSt SIX months’ Currently taklng On- ¢Although the sampling plan aimed to obtain halfofeach age group currentllytakirig both on-demand treatment and
demand treatment (C1 _INH replacement or bradyklnln LTPT and half taking only on-demand treatment, this was not able to be achieved in the adolescent cohort.
receptor B2 antagonist or kallikrein inhibitor) Table 2. Reported “Likes” and “Dislikes” of Most Recent Acute Attack Treatment by Mode of Administration?

. . . Adolescents P, n (% Total, n (%
group currently taking both on-demand treatment and Characterlstlc n= n=1) | (n=10) | (n= n = 1 n=10) | (n=12 n=1) | (N=20
|Ong term prOphylaX|S (LTP) and half takmg Only on Effectlve/rellable “it works” 4 (67) 1(100) 5 (50) 8 (89) — 8 (80) 8 (80) 4 (40) 1 (100) 13 (65)
demand treatment Feeling of the medicine going in (emotional relief; — 3 (50) — 3 (30) — — — — 3 (30) — 3 (15)

. . mostly 1V)

- Open_ended qqu.thnS Were_ a_Sked to pa.rt|C|pan.ts to _ Easy to inject (intravenous and subcutaneous) — 1(17) — 1(10) 1(11) — 1(10) 1(10) 1(10) — 2 (10)
understand their likes and dislikes associated with their Familiar/comfortable — 117 — 1(10) — — — — 1(10) — 1(5)
Current on-demand treatment Easy to constitute (e.g., referenced previous more — 1(17) — 1(10) — — — — 1(10) — 1 (5)

cumbersome process)

= Open-ended questions were then asked to understand =0 (e WL g — — viey Ui — v Qg vy — 2(10)
th t d ff t t ” t k h h . Cost (e.g.,” affordable”) — — — _ 1 (11) _ 1 (10) 1 (10) _ . 1 (5)

€ rade-ofis pa Ients are V_VI Ing O ma _e _W en C_ C.)OSIIHQ Portable — — 1 (100) 1(10) 2 (22) — 2 (20) 2 (20) — 1 (100) 3 (15)
a preferred ROA. Hypothetical self-administered injection Dislikes ¢, n (%)
and Oral On-demand treatments were Inltla”y presented Painful/burning injection | 1(33) 3(50) — 4 (40) 3 (33) — 3 (30) 4 (40) 3 (30) — 7 (35)
. .. . - . . . Takes too long to work (efficacy) 1(33) 1(17) — 2 (20) 3 (33) — 3 (30) 4 (40) 1(10) — 5 (25)
with similar efficacy and tolerability/mild side-effect risk Cannot easily take with you (refrigeration and travel)  1(33)  — — 1(10)  3(33)  — 3(30)  4(40) @ — — 4 (20)
profiles (Figure 1), which were then made better/worse Needles/injections (fear/avoidance) — — — — 33 — 3(30) 3(30) @ — — 3 (15)
depending UpOn partiCipantS’ Inltlal treatment ChOiCe Burden/hassle of administration (i.e., time — 2 (33) — 2 (20) 2 (22) 1(100) 3 (30) 2 (20) 3 (30) — 5 (25)
commitment; refrigeration; preparation)
= Profiles were based on on-demand injection treatments’ Dependent on others for administration — 2 (33) — 2 (20) — — — — 2 (20) — 2 (10)
. - - . Body-weight sensitive (i.e., 1 participant was — 1(17) — 1(10) 1(11) — 1(10) 1(10) 1(10) — 2 (10)
US package inserts and clinical trial data for oral on- dmiictored oo low of  dose due te a resent
demand treatment in development weight gain)
Same infusion site (e.g., they would like to be ableto 1 (33) 1 (17) — 2 (20) — — — 1 (10) 1(10) — 2 (10)

inject in other places)
High cost — — — — 1(11) — 1 (10) 1(11) — — 1 (5)

IV = intravenous; IVI = intravenous infusion; SCI = subcutaneous injection.

@ Reported likes and dislikes were based on the treatment used for their most recent attack, including 4 participants who used a long-term prophylactic treatment.
b Ten adolescents took Firazyr (n = 1, SCI), Haegarda (n = 1, SCI), Takhzyro (n = 1, SCI), Berinert (n = 3, IVI), Ruconest (n = 3), and Orladeyo (n = 1, pill).

¢ Ten adults took Firazyr (n = 8, SCI), Haegarda (n = 1, SCI), and Berinert (n = 1, IVI).

d Multiple response question; percentages sum to greater than 100% per column.

Figure 1. Hypothetical Trade-off Scenario

Features Treatment A

HOW Yyo! a misn[:_i'!.:.ft-lia?izecgfnome Pill
: 5 = 5 = All participants preferred the hypothetical oral on-demand treatment over hypothetical
. ameth - self-administered injection on-demand treatment when efficacy and tolerability/mild
9 out of 10 peaple side-effect risk were the same
the Injection ﬂHMNM\M\M' = |In the hypothetical comparison, self-administered injection was only preferred over oral
—— v ——— on-demand treatment if it offered substantially better efficacy over oral treatment, and
ereased risk of addifional mild <ide | toutoriopecpie | toutoriopeope only if the oral treatment had substantively worse tolerability/mild side-effect risk than
headache) ) ) observed in available clinical studies
Which optio Treatment A Treatment B = Quantitative analyses in a larger cohort are warranted to better refine on-demand
e you o L treatment preferences, for shared decision-making
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