Preference-based Measures of Health-related Quality of Life

for Adults with Severe Haemophilia: Implications for the

USCSchoolof Pharmacy
USCSchaetter

Leonard D). Schaeffer Center for Health Policy & Economics

Authors: Scott D. Grosse, PhD', Shraddha S. Chaugule, B.Pharm. Sc, MS?, Joel W. Hay, PhD>

'National Center on Birth Defects and Developmental Disabilities, Centers for Disease Control and Prevention, Atlanta, GA, USA
> Department of Clinical Pharmacy and Pharmaceutical Economics and Policy, School of Pharmacy, University of Southern California, Los

Angeles, CA, USA

Is prophylaxis for people with haemophilia cost-effective? To answer
that question, one needs estimates of quality-adjusted life-years
(QALYs) for patients with haemophilia under different treatment
regimens. That requires assessing health-related quality of life
(HRQL) using a preference-based measure relative to death (=0)
and optimal health (=1). We summarize published estimates of
QALY weights for people with haemophilia, identify gaps in

research, and discuss Iimplications for estimates of cost-

effectiveness of prophylaxis.

RESULTS

» Mean HRQL scores are as much as 20% lower for adults with
severe hemophilia than for adults with mild-moderate
haemophilia without prophylaxis; controlling for confounding by
HIV infection reduces difference to maybe 10%.

If prophylaxis eliminates differences in HRQL by severity
prophylaxis is likely cost-effective. However, differences in HRQL
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Eleven studies published from 1999 through 2013 reported preference based
HRQL scores for people with haemophilia. Two studies used the Standard
Gamble method of direct utility elicitation and nine studies used indirect utility

elicitation with generic instruments such as EuroQol (EQ-5D), Health Ultilities

Index (HUIZ2 and HUI3)

Table 1: Review of QALY weights in hemophilia

Reference

Utility elicitation

technique

On demand
QALY Weights

Prophylaxis
QALY Weights

Naraine et al. 2002 Canada

Wasserman et al. USA

2005

Miners et al. 1999 UK

SG

SGand VAS

EQ-5D and SF-36

General population —
0.825

Adult patients — 0.895

Parents — 0.915

+ Mild

Adults — 0.884
Pediatrics - 0.936
» Moderate
Adults — 0.868
Pediatrics — 0.907
« Severe

Adults — 0.810
Pediatrics — 0.868

Mild/Moderate — 0.85

General population —
0.950

Adult patients — 0.955
Parents — 0.985

« Severe
Adults — 0.799
Pediatrics — 0.872

: : : Severe — 0.66
by severity are found even among those on primary prophylaxis,
12% lower for severe haemophilia In one study from the| Tripolietal. 2001 Italy EQ-5D and SF-36 Age 15-30 yrs —0.81 -
Netherlands. Age 31-45 yrs — 0.70
: : Age >=45 yrs — 0.49
Large differences in mean EQ-5D scores are reported among ’ d
hemophilia patients across countries, highest in Sweden, which . o oott aE 05D 00% oflitat ek _

: : : : oone et al. uropean - o oflifetime on ifetime primary
paneered_ Il_fe-long primary prophylams_, and the Neth erlan:::is. Sl on-demand therapy - prophylaxis — 0.88
However, it is not known how HRQL varies by type and duration 0.72 50% of lifetime on
of prophylaxis within a country. prophylaxis — 0.7/

HIOPL 'y < 50% of lifetime on
prophylaxis — 0.72
Noone et al. 2013 6 European EQ-5D 100% of lifetime on Lifetime primary
_ _ countries on-demand therapy - prophylaxis — 0.866
Table 2:Generic preference based instruments 0.619 50% of lifetime on
prophylaxis — 0.812
Reference Instrument  Dimension Valuation  Strength Weakness < 20% oflitetime on
Deviin NJ EQ-5D Mobility, self-care. VAS, TTO. - Preferred for Ceiling effects prophylaxis — 0.755
etal. 2013 (EuroQol — usual activities rankin opulations with Does not have
{5D o PP d e co o U denUiletal 2013 Netherlands £Q-5D : Moderate patients
) panju iscomfo f more severe |m~.ansmns or {itetime-prophylais) —
anxiety/depression problems. particular 0.92
iImpairments. Severe patients
Feenyet HUI3 Vision, hearing, VAS - Performs better Does not (lifetime prophylaxis) —
al. 2002 (Health speech, transformed forpeople with examine role or 0.8
Utilities Index- ambulation, to SG sensory problems. social function. Fischer etal. 2013 Netherlands & EQ-5D . Severe patients
3) dexterity, emotion, Sweden (lifetime prophylaxis)
cognition, pain ] ggg {gutcl;]
Torrance HUI2 Sensory, mobility, VAS - Only generic - Little evidence “Dgbiipeden)
etal. 1996 (Health emotion, cognitive, transformed instrument on validity. Neuteld etal. 2012 USA EQ-5D) i )
Utilities Index - self-care, pain, fo SG designed for use in
2) fertility Children. Barr et al. 2002 Canada HUI2 and HUI3  Mild/Moderate patients
Brazieret SF-6D Physical SG, ranking - Preferred for - Floor effects. HIV+ =0.83 HIV - = 0.86
al. 1998, functioning, role populations with - Does not have Severe patients
Brazier limitation, social mild problems. dimensions for HIV+ = 0.67 HIV-=0.80
and functioning, pain, particular Lippert et al. 2005 4 European SF-6D Age <=30-0.73 Age <=30-0.76
Roberts energy, mental impairments. countries Age >= 30— 0.66 Age >=30-0.68
2004 health

CONCLUSIONS

Differences in HRQL by current prophylaxis status cannot be used to assess cost-effectiveness of prophylaxis. To assess the cost-effectiveness of
prophylaxis, better estimates of HRQL in severe haemophilia are needed based on models of disease progression and information on the effects of
joint disease, liver disease, pain, and activity limitations on HRQL.
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