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= Overall, 53 physicians reported on 174 patients (PRF) with a mean

RESULTS

Table 2: Physician-reported HAE patient treatment history

Unmet Treatment Need in a Real-World US Population of Patients with Hereditary Angioedema Treated for
Over a Year with Long-Term Prophylaxis

= Although limited by sample size, almost one-third of patients

* Hereditary angioedema (HAE) is a rare genetic disorder
i i i - tandard deviation; SD) age of 35 (13) years, 51% were male and 72% i T
that results In recurrent episodes of localized tissue \(A?e?e V\?hite ?0\ saulgse,t of 36gpatients comgleted, matcc):hed surveys 0 e and almost a quarter of physicians reported breakthrough
swelling often affecting extremities, abdomen and % _ e _ Treatment prescribed at time of survey ' '
: 91 J (PSC). This subset is reported here and was similar in demographics LTP and ODT, n (%) 125 (72) 27 (75) HAE attacks in the 12 months prior to survey.
alrways '. 0 0 : LTP only, n (%) 49 (28) 9 (25)
_ _ (mean (SD) age 35 (13) years, 61% male and 77% white), Table 1. Current LTP treatment prescribed . _
= Numerous long-term prophylaxis (LTP) therapies have » . . » » Lanadelumab, n (%) 66 (38) 10 28) = Almost half of both physicians and patients reported a lack of
_ _ _ Table 1: Physician-reported HAE patient demographics and clinical characteristics Berotralstat n (% 10 (23 o (95 _ _ . L. .
been approved for hereditary angioedema (HAE) in recent oR ooorastal i) = s §19; 10((28)) satisfaction with the route or frequency of administration and
years. avenous CTINH, (4 to(© 20 unmet needs with current LTP.
. . . . o Age: , SD 35 (13 35 (13) anazol, n (%
" UnderStanC“ng the remalnlng unmet need IS Cr|t|Ca| tO Sg)f, ryneaa|;? nnzs/oa)n( ) 89 251; 29 (61) Tranexamic acid, n (%) 6(3) O(O)
I I Ethnicity; White, n (% 126 (72 28 (78 Time since current LTP treatment initiation; years, mean (SD) 3 (3) 3 (4)
Improve HAE patlent management and OUtcomeS- Emrp];glyx‘ent;l © n( ) ( ) ( ) HAE: Hereditary angioedema; LTP: long-term prophylaxis; ODT: On-demand therapy; SD: Standard deviation; C1-INH: C1 esterase inhibitor LIMITATIONS
Working full time, n (%) 115 (66) 17 (47) Figure 3: Physician- and patient-reported treatment satisfaction with aspects of LTP treatment for patients
Working part-time, n (%) 13 (7) 8 (22) with self-reported data (n=33) : e
STUDY DESIGN “Other, n (%) 46 (26) 11 (31) B Completely dissatisfied  mDissatisfied = TNeither satisfied or dissatisfied =~ BSatisfied = ®Completely satisfied - The DSP = nOt based On 2 tru_e ran(_jOn_] Sample Of phySICIanS_ ol
HAE Type: % 5376) % 73 patients. Whilst minimal inclusion criteria governed the selection of
. . ype |, n (% o 0 0 . . . . . - . . .
= US data were drawn from the Adelphi HAE Il Disease Type I, n (%) 33 (19) 7 (19) S0 Overal 6% participating physicians and patients, participation was influenced by
L _ Normal C1-INH, n (%) 3 (2) 1(3) o o J1F
Specific Programme (DSP) collected January 2023 | Unknowr/undetarmined. n % - &) > 6) 23 Frequency o aaminiseton [ 337, 00 willingness to complete the survey.
January 2024. The DSP methOdOlOgy has been preVIOUSIy TOF:A\?’ c.:otncor?i/t)ant conditions; 055 o Ig% = These data were collected prior to January 2024 and therefore more
: : - nxiety, n (% £ oute of administration % % . . . .
published and validated=*°. Depression, n (%) 36 (21) 8 (22) .  Fovectadmnei s = il recently approved LTP options, including donidalorsen and
P~ - - - i " Hypothyroidism, n (%) 12 (7) 3 (8) - - - - :
o Physmlans prowde_d datg for patients le[h .HAE including Time frorm chagnosis to survey: years.n o N~ . Overal 58% garadacimab, were not included in this analysis.
patient demographics, clinical characteristics, HAE attacks,  [Time from diagnosis to survey; mean (SD) 8 (10) 8 (12) B o ] = The quality of data obtained relies on how accurately physicians and
treatment hiStor , SatiSfaCtion and unmet need With Current HAE: Hereditary angioedema; SD: Standard deviation; C1-INH: C1 esterase inhibitor *Other includes student, homemaker, retired and long-term sick leave ..E. E Frequency Of admlnlstratlon 36% 42% 12% . . . .
Y S T - = Amongst the subset of patients with self-reported data, 30% (PSC) 3 patlen.ts were able to recall anld_r_eport mfor_m.atlon ('Teca” bias) ana
LTP treatment. Patients of the participating physicians & Route of administration 36% 36% inclusion was dependent on visiting a physician during the survey

reported experiencing 23 HAE attacks in the past 12 months whilst their
physicians reported 22% had =3 HAE attacks (PRF w/PSC, Figure 2).

Figure 2: Physician- and Patient-reported HAE attacks experienced in the 12 months prior to survey

period, those that consult more frequently are more likely to be included
(consultation bias).

PRF: Patient record form; PSC: Patient self-complete. N=3 missing responses excluded

= At least one unmet need was reported by 89% of physicians (PRF+PSC)
and 53% of patients (PSC) regarding the current LTP, Figure 4a and 4b.

were invited to voluntarily complete a pen-and-paper
guestionnaire covering similar topics.

= Figure 1, describes how the physician-reported, patient R (Al ahyeian roported paonts, o174
. . u physician-reported patients, n= . . ] ]

record form (PRF) and patient self-completion (PSC) forms 100% PRF w/ PSC (Physician-reported for patients with a PSC, n=36) PhySICl_ans reporting on patients with a PSC, most commonly reported. m

are utilized for this study. o = PSC (Patients self reporting, n=36) ‘gagtromtestmal side effects’ (36%) as an unmet need .(Flgu.ref 4a), whllst
= All patients prescribed long-term prophylaxis (LTP) for at 70% patients self-reported most frequently experiencing pain/bruising/burning = EDF and KFV are employees and shareholders of lonis Pharmaceuticals.

- : L £ 60% with their LTP as an unmet need (Figure 4b). . A7 - -
least 12 months at the time of survey were included in this 5 50% 42% 39% Fiqure 4a: Physici rHed unmet heeds of ( gt vl ). treatment (top 5) QZT'.S o emplloyee Oilg?ls:hlirhmaceuncil' B Ltd
i i A : < 40% o 35% . o igure 4a: Physician-reported unmet needs of current prophylaxis treatment (top 0 is an employee of Otsuka Pharmaceutical Europe _
analysis. All analyses included were descriptive in nature. T 27% 25% 2% W = PRF (All physician reported patients, n=173)

= GG is an employee of Adelphi Real World

. . . . . 20% 60% PRF w/ PSC (Physician-reported for patients with a PSC, n=35
Figure 1. Diagram showing the relationship between the PRF, PRF w/ PSC and PSC (0% i (Phy P P )
samples collected as part of the HAE DSP. 0% € 40% 27% - m

= 0
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Figure 4b: Patient-reported unmet needs of current prophylaxis treatment (PSC, top 5, n=35)
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