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Self-Reported Prophylaxis Treatment Experience Among Persons Living With Hemophilia A

in the US: A Cross-Sectional Analysis of Survey Results Combined With Medical Records
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BACKGROUND St;flyHAP:(.ESSIn;eggs . ot o var Figure 2: HPES satisfaction: Please rate your (current) satisfaction with your current/most recent prophylaxis treatment
* The included 9 questions on satisfaction with various aspects
o _ o _ of current/most recent proph.ylactic treatment: e.ffeCtiveneSSr side Very < Very dissatisfied Dissatisfied |l Neutral |l Satisfied |l Very satisfied > Very Very < Very dissatisfied Dissatisfied |l Neutral [l Satisfied [l Very satisfied > Very
- Hemophilia A is characterized by deficiency of coagulation factor effeqt;, cost, ease pf preparation gnd a.dmn.fnstratlon, freq'uency.of dissatisfied/ satisfied/ dissatisfied/ satisfied/
VIII, which may lead to spontaneous or excessive trauma-induced administration, pain upon administration, interference with daily dissatisfied overall (N=193) satified  dissatisfied SHL (n=35) satified
bleeding episodes.’ activities, anxiety related to administration, and overall satisfaction, Your overall level of satisfaction 26 0B 824 7 B - 45 7 214 71
- Prophylactic treatment is essential to prevent bleeding, joint damage, each measured on 5-point Likert scales (from “Very Dissatisfied” to with your prophylaxis treatment B ' ' ’ ' : : ' ' '
- Standard of care prophylactic treatments include standard half- * In addition, the HPES included questions on the perceptions of treatmentin preventing bleeding
life (SHL), extended half-life (EHL), and the more recent non-factor shared patient/physician decision-making and patients’ self-reported The side effects of your prophylaxis treatment 26 26 16.6 20.5 _ 80.8 29 209 20.0 34.3 42.9
therapies (NFTs)."2 adherence to current/most recent prophylactic treatment.
+ With the expansion of NFTs, there is limited evidence on patient - Demographic characteristics were self-attested, whereas clinical The cost of prophylaxis treatment 14.5 57 88 32.6 : . 52.8 22.9 8.6 14.3 42.9 20.0
i i i i i i i characteristics were abstracted from medical records.
experience and satisfaction, Whl;h are crucial to |ant|fy | . a1 The ease of preparation and administration 7 1ol . 13
contemporary care gaps a!nd facilitate shared decision making - Data were summarized descriptively. of your prophylaxis treatment ' ~ ' '
when selecting prophylaxis. The frequency of administration 73 2152 72.0 22.8
f your prophylaxis treatment ) I ) .
RESULTS R
The pain upon administration
0 B_' ECTIVES of your prophylaxis treatment 99 1.6 83 59.6 11.4 11.4 42.9
Baseline Demographics and Clinical Characteristics The level that the prophylaxis treatment interferes 25 108 676 14 D 186
* Primary: To describe satisfaction with the current or most recent 334 individuals with moderate or severe hemophilia A who had taken with work, SChOO_I’ travel, and social activities
prophylactic treatment and perceptions of shared decision-making prophylaxis treatment since January 1, 2019, were identified on the abou?:aed:ﬁYr?ils?(:Sr?XIegyd:V?'gyholra];eigl;l}/galfcrzi\r/ﬁ: 155 1.0 145 : 29.0 . 60.6 28.6 2.9 25.7 48.6
among people with hemophilia A (PwHA). PicnicHealth research platform. I YRR PTOPTY
- Secondary: To describe the demographic and clinical characteristics - Of those, 305 (91%) met the full eligibility criteria, and 193 (63%) EHL (n=52) NFT (n=106)
of the study population, and self-reported adherence to treatment. responded to the HPES and constitutes the study cohort. Your overall 'e\ée: of satisfaction 5.8 385 78.8 1.8 0.9 85.8
. . . . . it is treatment ' : : : - : :
« Baseline demographics and clinical characteristics of participants - V:f' _V°“r pmpf yiers re:;r;ner?
METHODS in :crhilstl{ldy and in subsets according to treatment class are shown etereaetcrtr']‘éf]rt‘?ffp?ezgﬁtrirﬁ’gobﬁeg;’é';’ 5.8 : : 38.5 . 82.7 2.8 12, 84.9
in Table 1.
e The majority (92%) of participa nts responded they were cu rrently on The side effects of your prophylaxis treatment 1.9 86.5 28 2.8 17.9 . . 79.2
Study Design prophylaxis treatment and had initiated their current or most recent
: : : : .. i ' _ ' The cost of prophylaxis treatment 15.3 3.8 115 51.9 11.4 5.7 5.7
- This was a non-interventional, retrospective study consisting of real- prophylaxis treatment a median (range) of ?’6 (0-359) months prior: PTOPTY
world data from longitudinal medical records in the United States to the HPES survey (60 [0-358] months SHL; 20 [0-301] months EHL; The ease of preparation and administration 5 g 3.1 , 8 0.9 T
retrieved by PicnicHealth and a one-time cross-sectional survey. 46 [0-359] months NFT). | | of your prophylaxis treatment L.
. The medical records were produced during routine clinical care of . Curr_ently or most recently prior to index date, 35 (18%) in the cohort The frequency of administration 7 1908 67.3 2g 0.9 17.0
Fo i : o - - received SHL, 52 (27%) EHL, and 106 (55%) NFT of your prophylaxis treatment L
individuals across sites of care and clinical providers (eg, hospitals, ' 0 ' 0 - . R
outpatient clinical centers, emergency rooms, lab testing sites, and * Inthe study cohort, 86% had severe hemophilia A (86% SHL; 81% EHL; The pain upon administration 3.8 63.5 122 2.8 94
.mag.ng facilities) 89% NFT) of your prophylaxis treatment
| | ilities). :
. The Hemophilia Patient Experience Survey (HPES) was collected from » The 151 participants in the study cohort with =180 days of continuous The 'e\‘/’vft'rfr\‘/j;rtlt‘esfgggr{g’\‘l'zlt;eﬁgrggggl“';tcetf\t?tré: 154 19 135 5.6 1.8 09 19.8
PWHA between February and May 2025 via the PicnicHealth research prophylaxis.use in the.1 year prior to the inde>.< date had a mean The Ievellofanxi;ty Wolrry or fear you have
platform. (SbD) annduallzed t;leec‘l[mg rtat? of 0.82 (1.66), with comparable values about administering your prophylaxis treatment 11.5 11.5 26.9 23.1 38.5 61.5 13.2 0.9, 123 22.6 32.1 32.1 64.2
« The index date was defined as the HPES response date (Figure 1). ODSErved across treatment classes.
. . . I | | | | ] I | | | | ]
Satisfaction With Current/Most Recent 0 20 40 60 80 100 0 20 40 60 80 100
Figure 1: Study design Prophylactic Treatment Percentage of participants Percentage of participants
o The reSU|tS Of the SatiSfaCtiOn Survey are Shown in Figure 2 EHL=extended half-life; HPES=Hemophilia Prophylaxis Experience Survey; NFT=non-factor therapy; SHL=standard half-life
Look-back window Index date: date of survey completion - When asked about overall satisfaction with prophylaxis, 82% of the
(as early as 1 Jan 2019) . (1Feb 20251015 May 2025) study cohort, 77% of SHL, 79% of EHL, and 86% of NFT participants - : ,
Inclusion criteria: | Survey - In the study cohort, 83% of PwHA were satisfied/very satisfied with o Overall SHL EHL NFT how you and your doctor chose your current prophylaxis
. Confirmed moderate or severe hemophilia A* | the effectiveness of their prophylactic treatment in preventing Characteristic N=193 n=35 n=52 n=106 treatment/most recent prophylaxis treatment . In this studv. PWwHA were overall satisfied with their current
* Evidence of prophylaxis treatment® | bleeding whereas 16% were dissatisfied/very dissatisfied with the e, ) overall SHL EHL NET L t'y’t ment
Exclusion criteria: : Outcome assessment window: anxiety related to administering prophylaxis, 15% with cost, and <12y 21 (11) 2 (6) 2 (4) 17 (16) St e e A, 1 N=193 n=35 s 106 prophylactic treatment.
« Evidence of receipt of gene therapy for : . i?jtrzseffecr’:lcoen 10% with pain upon prophylaxis administration. 12-17y 12 (6) 3(9) 2 (4) 7(7) Doctor-led 30 (16) 6(17) 2 (4) 22 (21) * However, PWHA were less satisfied with the anxiety, cost,
hemophilia or those with a reported use o ed decision-rmakin In the SHL cohort, 80% were satisfied/very satisfied with prophylactic >18y 160 (83) | 30(86) 48 (92) 82 (77) Equal input doctor and patient 107(55) | 14 (40) 29 (56) 64 (60) and pain associated with prophylactic administration.
oif & @ REriEntEl Sish olrug , J effectiveness, whereas 29% were dissatisfied/very dissatisfied with . . . .
° H|St0ry Of |iver transplanta | anX|ety related tO prophy|aX|S admlnlstratlon and 23% Wlth both Mean age (SD)a, y 33 (1 5) 34 (14) 36 (13) 32 (1 6) Pat|ent-|ed 56 (29) 15 (43) 21 (40) 20 (1 9) ¢ Evaluatlng the gapS |n treatment Sat|SfaCt|0n fOf' PWHA may
* Withdrawal or deathe I administration frequency and cost. , Median age (range)?, y 35(4-80) | 35(10-71) | 36 (11-68) | 35 (4-80) EHL=extended half-life; HPES=Hemophilia Patient Experience Survey; NFT=non-factor therapy; SHL=standard half-life facilitate meaninng| shared decision-making with healthcare
I . . .
Clinical characteristics: . - In the EHL cohort, 87% were satisfied/very satisfied with side effects Sex, n (%) providers when selecting prophylaxis treatments.
obtained from medical records® 0 i icfi i i<fi i . -
: )L_/vhe{eas 15 /‘t’ erre. d'SSE?ttLSf'Ed{(\’eryhd'Slsatt'Sf'eld W'éh bo.trl' co;t .?.nd Female T 13 0 0 Figure 3: HPES adherence to treatment: How often did you
| reatment INEETTETING WIth WOTK, SCHOOl, travel, ang soclat activities, Male 192(99) | 34(97) | 52(100) | 106 (100) miss or delay your current/last prophylaxis treatment?
! and 12% with anxiety related to prophylaxis administration. . %
1 . . . . ace, n
4 * Inthe NFT COhOrt, 85% were Sat|Sf|Ed/VGry satisfied with effectiveness ° NFT n=106. EHL n=52. SHL n=35 Overall N=193
- < fi - < fi - i : American Indian or Alaska Native 3(2) 1(3) 0 2 (2) ' ' '
” — o~ whereas 13% were dissatisfied/very dissatisfied with administration < >
bOtnagryaﬁ?;:j;ij;eitzrg?g.lca sten. anxiety, 12% with pain, and 11% with cost. Asian 4(2) 1(3) 2 (4) 1(1) Never/eilmolst Never/almost [l Rarely [l Sometimes [ij Often [l Very often V?ry / REFERENCES
< Prior to February 1, 2025 . . . . : ° never/rarely never often 1. Srivastava A, et al. Haemophilia 2020;26(supp! 6):1-158.
d Cojari(;teeass:s:ment vyindpws were defined by 'index glates. (1) At any time in patient history to index da'te:.sgx, race, Perceptlons Of Shared DECISI()n'MakIng Bla.Ck it 18 (9) 2 (6) 7( 3) ? (8) often 2. Berntorp E, et al. Blood Rev 2021;50:100852.
Cisorer atue, prevalent arthropathy. (2 At Index date: age st index. (3) Withi 1 yoar prior o index date: Geography of + Of HPES respondents, 71% had changed prophylaxis >1x prior to the White 141(73) | 2604 | 36(69) | 79(75) 4.1
'EsrehSiteS'tplresen'c?tcchhd;ronic paijn- IThe atséseizment timeframe for baseline annualized bleed rate was in the year prior to index date. Other/unknown 27 (14) 5(14) 7 (1 3) 15 (14) Overall 67.0 32.0 35.0 31 7.2
€ hematology Vvisi at occurrea closest to the survey response. :
» Decision-making in choosing/changing treatment was reported as Ethnicity, n (%) ACKNOWLEDGMENTS
Participant Population docS:tS?)/r—_leciIL_ ri]n 1 S‘Vé of c?]sei_, _r;atbileng-led in 29%, and shared equally Hispanic or Latino 35 (18) 8 (23) 9(17) 18 (17) SHL 54.0 17.0 37.0 HE 17.2 Iﬁéaﬁtzors thafnk;hz EeOPF;!ewiw f:mfph_iliaAon thetPicnicHea'_tdh ;ezeahrﬂch_p'ajform- -
. - - : is study was funded by Pfizer. Medical writing support was provided by Marion James, ,
* The study included people with a confirmed diagnosis of moderate ) |th ;lg e STUEY (I:(O ort( al etf) f ted the SHL Not Hispanic or Latino 145(75) | 23 (66) 43 (83) 79 (75) of Engage Scientific Solutions and funded by Pfizer.
or severe hereditary hemophilia A in the medical records and who grc?L:f) ( 40%2;;5;:\?1%_m?)slcnf?evc\qlin?cg/sreFr)?)qr:e%ninytrrweepNo IETegrgT;(%%% )e Unknown 13(7) 4(11) 0 9(8) EHL 73.0 29.0 44.0 250  1.9QKE For info;mation, contact Eleni Demas, Eleni.Demas@pfizer.com
had evidence of hemophilia prophylaxis treatment on or after ' : - Copyright © 2025
Severity of disease, n (%)
January 1, 2019. Adherence to Prophylactic Treatment Modei/ate 2704 | 504 | 1009 | 1201 47
* Only the subset of participants who completed the HPES were . Among respondents, 67% in the study cohort, 54% in the SHL c ce @ | 30086 (81 54 (89 NFT 69.0 39.0 500 220 1.
. : . ' , ' ' evere '
included in the study. 73% in the EHL, and 69% in the NFT cohorts reported rarely or S o 9 ) ©D (69 Abstract
- Exclusion criteria included evidence of receipt of gene therapy for never/almost never missing or delaying prophylaxis (Figure 3). Factor VIIT inhibitor disorder, n (%) | 48 (25) 8 (23) 6(12) 34 (32) ; 20 20 o0 20 100 Please scan this Quick Response (QR) Code to view the abstract for this poster.
hemophilia or those with a reported use of a study drug from a . Often/very often missing or delaying prophylaxis was reported by Resolved 34 (71) 8 (100) 6 (100) 20 (59) Percentage of participants Access the abstract via the ASH? 2025 Annual Meeting website:
. : . : ) ) ; . https://meetings-api.nematology.org/api/abstract/vmpreview/291453
clinical trial on or after January 1, 2019, history of liver transplant 7% in the study cohort, 17% in the SHL, 2% in the EHL, and 7% in - At index date. | | |
i d 'thdrawal or death rior to Februar '| 2025 ' ' ' EHL= ded half-life: NFT= f h - SHL= dard half-lif EHL=extended half-life; HPES=Hemophilia Prophylaxis Experience Survey; NFT=non-factor therapy; SHL=standard half-life Copies obtained through QUIC!( Response (QR) Code are for personal use onIy
at any time, and wi P y . the NFT cohorts. extended halt-lifte; NFT=non-factor therapy; SHL=standard halt-life ’ ’ ’ and may not be reproduced without permission from ASH®.
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