PB0479

Real-world clinical and patient-centric outcomes in people with haemophilia A in the United Kingdom:

Findings from the CHESS Il study

Anum Shaikh', Tom Burke'?, Charles Hawes3, William McKeown#4, Debra Morgan4, Jamie O’Hara'2, Charlotte Camp?

'HCD Economics, Daresbury, UK; ?Faculty of Health and Social Care, University of Chester, Chester, UK; 3BioMarin Pharmaceutical Inc., London, UK; 4The Haemophilia Society, London, UK

Background bleeding events in the 12 months prior to study  Table 1. Cohort demographics and characteristics by HA severity Fig 1. ABR by HA severity Highlights: the patient
capture. : | - .
" Haemophilia ‘A (HA; factor Vil /[FVII] deficiency), Chronic pain: Physician-report of the patient’'s level of Severtly subgrovp < e communlty perspeCtlve
characterised b rolonged trauma-related and/or ) : — o . . Mild Moderate - T -
spontaneous irzltra-grticulgr bleeding  events o chronic pain relating to their HA (‘None’, ‘Mild’, (n=11) (n=22) - The UK Haemophilia Society [WM]
. . . . . ‘Moderate’, 'Severe’), based on functional deficit and =9 As a 30-year-old patient with severe haemophilia A, | have
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associated with adverse impacts on p yS1lca unctioning use of analgesics. Age (mean t SD) 43.8+18.3 | 29.7+104 | 27.8+84 | 30.9+123 o- sl seen haemophilia care transformed within my lifetime.
and health-related quality of life (HRQoL). Y — . S ;

. HRQoL was captured in a subset of patients via the EQ- BMI score (mean % SD) 245+34 | 239+54 | 245+44 | 243+46 o However, as this analysis highlights, advances in
= Previous research has suggested a high incidence of P orp . . BMI >25 (n [% of patient 0 0 0 0 3 therapeutics have not translated into the expected quality-
joint bleeds in people with HA (PWHA) in the United SD-5L. Respondents select from five levels of impairment (n [ of patients]) 6 [55%] 11 [50%] 14 [39%)] 31 [45%] 5 2 of-life improvements for all people with haemophilia (PWH).
. . ranging from “no problems” in performing a particular Employment status (n [% of patients]) g . . .
Kingdom (UK) relative to that of other European ( S ) . , _ — — n -- One patrticularly worrying example from this research
countries,? with levels of HRQoL falling below that of the activity t(.) ext_reme P roblems/being comp!e_tely unable’) Employed full time 4 [36%] 4 [18%)] 3 [8%] 11 [16%)] o — Sev_ere - includes rates of full-time employment for people with mild,
general population.3 across f'_V_e_ dlmer.1$|o.ns of health. (mobility, §elf—care, Employed part-time 1 [9%] 5 [23%] 9 [25%)] 15 [22%)] 0 moderate, and severe haemophilia which stand at 36%,
. . . usual aCt|V|t|eS, pa|n/d|SCOmf0rt, anX|ety/depreSS|On).7 Self—employed 2 [18%] 5 123%] 14 [39%] 21 130% . 18% and 8% respecﬁve/y_ The exp/anation for these
= Little research has focused on differential outcomes for - EQ-5D-5L responses were converted to a single O—1 Lo 2. 2 < concerning employment figures may lie in the annualised
PWHA in the UK across the spectrum of condition index_score using the UK-specific EuroQoL value set Unemployed O [-] 2 [9%] 1 [3%)] 3 [4%] & bleed rate for PWH which remains very high. As a patient
severity.24 . . ] . ! Student 1 [9% 2 [9% 4 [11% 7 [10% < ' cohort, we should be aspiring to become bleed free and
y with O representing a state “equivalent to death” and 1 - | 0°] | 0°] | 0°] [ 0°] 0 5 10 vet. nobody in the modgratg i oyl e
= This analysis describes variation in clinical and patient- representing “perfect health”.8 Other 3 [27%] 4 [18%] ° [14%] 12 [17%] ABR bleed-free in this analyss.
centric outcomes for a cohort of mild (>5-40% normal " . . Treatment strategy (n [% of patients]) i .. .
FVIII activity), moderate (1-5%) and sev e(re ( <10/z ) PWHA = Qutcomes by condition severity were compared using = ocarving U re Iace:nent ARC T P— Eyy— Fig 2. Target joints by HA severity This research demonstrates the necessity for patient
i the UK. U Si, q real-world data descriptive statistics (mean * standard deviation [SD] or J P [36%] [64%] - o] [78%] . groups, such as the UK Haemophilia Society, to continue
! J ' freq. [n; %]). Primary on-demand 4 [100%] 8 [57%)] 6 [17%)] 18 [33%] advocating for access to treatment and to support patients,
: - i ) 990 0 along with medical professionals, to fully utilise new
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= Data for PWHA living in the UK with no active |nr2|b|tor at Haemophilia Society patients’ organisation. Secondary prophylaxis 0[] 0[] 9 [25%] 9 [17%] = > particularly regarding quality-of-life outcomes such as EQ-
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and haemophilia B in Europe. An interim dataset with = Sixty-nine patients with HA and without active inhibitors HCV | — o | O _ 1520 | actually improving the everyday lives of PWH in the UK.
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s analysis severe [1=50). Mo pationts were recorded with 1l * EQ-5D-5L index scores appeared to decrease with increasing condiion  Fig 3. Problem joints by HA severity goneral population romeins so olusie.
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aseline endogenous (mild, moderate, severe). * Mean age ranged from 27.8 years in the severe admissions (Table 2 / Fig 2 / Fig 4).
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to on demand or vice versa) " One-third of patients with mild HA and 64% of patients _ S NN | o frame the benefits and residual unmet need associated
' with moderate HA were receiving FVIII replacement. Bleeding event related 0.18+040 | 0.41+0.50 | 1.39+1.08 0.88 + 0.99 i = g 5% | with newer therapies for haemophilia A, made available
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