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BaCkg]rOUﬂd I\/IethOdS Table 1. Attributes and Levels
= The evolving severe haemophilia- = Six attributes and their levels were developed based on gqualitative

' - : 1 - - : ; IF Treated Bleeds per No change (5 bleeds) | Reduction to 2 bleeds | Reduction
A treat_n_nent landscape with new Interviews+ and input from a steering committee of experts in haemophilia |, to 1 bleeds | Reduction to 0 bleeds
modalities such as gene therapy and preference research (Table 1). AN
: : Intravenous injections twice every week (IV BIW) |
requires understandlng the : : : : : : : Treatment Frequency Subcutaneous injections once every 4 weeks (SC Q4W) |
aspects of treatment that = PWSHA, recruited via patient organizations in the United States, self- and Route of Intravenous injection once that lasts for 5 years, then

reporting severe haemophilia-A were invited to complete the online DCE. Administration treatment switch (IV Q5Y) | Intravenous injection once

drive patients’ treatment choices. that lasts for 10 years, then treatment switch IV Q10Y)

= Data were analysed using a multinomial-logit model (MNL). Additional clinic visits — once every week for the first 6

= Understanding how people with months, then once every two weeks for the next 6 months

1st Year Treatment

severe Haemophilia-A (PWSHA) = Results from the MNL are considered preference weights that quantify Requirements (Visits 1/w for 6m, then 1/2w) | (Visits 1/w for 6m, then
: . 1/2w AND use of steroids | Use of steroids | No additional
value aspects of treatments is how preferences for treatments change when the attribute levels vary. requirements

critical in assessing the role of

| = Attribute relative importance was calculated as the greatest change In Increased Theoretical 0 o/ | 10n | =0
new therapies for severe 0.01% ] 0.1% | 1% | 5%

treatment preferences that was obtainable through changes in the study = % 8ncer

haemophilia A . . : 1st Year Treatment  Chance of treatment rejecti i styear: 1% | 59
: 0 jection during the 1styear: 1% | 5%
attribute levels. The differences were normalized to add up to 100%. Response 1 10%
" This study assesses the treatment g ya)ye of a reduction in treatment burden can be expressed as an No change in physical activity and worry about bleeds |

_ _ _ . . Improvement in physical activity | Improvement in worry
equivalent to reduction in treated bleeds to better understand the value for |ImpactonDailyLife 0 bieeds | Improvement in limitations/difficulties of

patients of this attribute. physical activity AND improvement in worry about bleeds

preferences of PWSHA using a
discrete choice experiment (DCE).

Results

= Atotal of 77 PWSHA who completed the survey were included. Most respondents were currently on
subcutaneous treatment (Table 2).

= PwSHA valued areduction In treated bleeds as the most important attribute (relative attribute importance:
32%), but treatment choices were also strongly influenced by non-bleed attributes in the study (Fig 1).

= Providing PWSHA with an ‘Intravenous injection once that lasts for 5 years’ instead of an
‘Intravenous Injections twice every week'’ is as beneficial as a reduction in 2.5 treated bleeds per
year from baseline (5 bleeds per year) (Fig 2).

= On average, PWSHA prefer ‘Intravenous injection once that lasts for 5 years’ over ‘Subcutaneous
Injections once every 4 weeks’ (Fig 2).

Table 2. Sample characteristics Figure 1. Relative importance of attributes category Figure 2. Preferences for attribute levels
Characteristic Response Treted bleed peryear |
. O Change eeds
Medlan age (IQR) 35 (29, 39) Treated bleeds - 24 6% Reduction to 2 bleeds g
] -9 Yo Reduction to 1 bleeds »
EmpIOyment StatUS N (%) per year Reduction to 0 bleeds -
- Employed, retired, or student 41 (53%) Treatment Administration |
. 0 frequency _ 0 SC Q4W .
Unemployed or unable to 36 (47%) nd route of _—< 21.2% R X
work administration v 10y 1
Number Of target JOlntS, N (%) _ _ 1. year treatment requirements
Theoretical nisk | 20.9% None
e (0 O (12%) @ of cancer = Visits 1/w for 6m, then 1/2w .
= Use of steroids .
.- 1 20 (26%) = N
:I:: . eore ||:E rs Cl CEHI_‘.:ET L
° 0 First yedr 5% additional risk
2 24 (31 /0) < treatment - ‘ 9.9% 1% additional risk P
o >3 24 (31%) response 0.1% additional risk *
0.01% additional risk -
: _ 0
Treated bleeds in past 12 months; n (%) First year 1 yesr restment respanse
o 0_2 25 (32%) treatment - 9.3%, 12;’uc:anceo:re4ect!cm
r_EI:ILIIr.EH_Ier_ItS Z;EECEG FEJ.EE'[!GFI ——
° 3_5 bleeds 33 (43%) chance rejection *
Impact on daily life
¢ >5 bleeds 19 (25%) |mF:|E|.':t on [ja”}r_ o pact No change l
life 1% Improvement in physical activity »
Currently on SUbCUtaneOUS 48 (62%) Improvement in worry -
|nJeCt|OnS treatment’ N (%) | | | | | Improvement in physical activity and worry -
% 107% 2% S0% 0% ’ Marginal utility (95% cmnf::dence interval) ’
Abbreviation: IQR: Interquartile range % Relative Attribute Importance
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