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Introduction Results Results continued
+ Huntington’s disease (HD) is a rare disorder ised by choreatic + BOI full-text study articles strictly pertaining to both cost and resource utilisation in HD were sparse. + Amajority of studies (11/20) focused on the healthcare payer (HP) perspective alone, 7/20 studies reported
ioral and i K + With the small number of cost studies identified (n=3), studies were not restricted to specific geographical HP alongside societal costs (SC), and 2/20 studies reported SC alone.

HD progression has a detrimental impact on all aspects of an individual’s life, resulting in substantial burden
from both an economic and a wider societal perspective 2.

The introduction of gene therapy (GTx), which may be offered to HD patients in the future, raises questions
related to its cost-effectiveness and affordability for HD patients. However, evidence to inform economic
evaluations of GTx in HD is scarce.

Future GTx has the potential to alleviate disease burden, requiring the generation of further evidence to
inform cost-effectiveness analyses.

2

ationale and Objective
We sought to understand the current landscape of GTx and HD literature as a precursor to developing an
early, conceptual cost-utility analysis (CUA) model of GTx for HD with consensus-driven input parameters.
+ Our objective was to identify estimates of the economic burden of HD, including cost data and
i i ical i ion with respect to HD..

Methods

+ We conducted a targeted literature review (TLR); the information captured from this review is to be
subsequently utilised to inform the conceptual CUA model in terms of input parameters used, modelling
methodology, and specification.

A comprehensive search of studies assessing HD costs, health resource utilisation (HRU), and burden of
iliness (BOI) was conducted on varying databases (EMBASE, Medline via the PubMed interface and Web of
Science).

The search was limited to publications released in the past 10 years.

Forward and backward citation searching was used to identify and retrieve additional key papers.
We also performed a manual search of publications from recent congresses.

The search strategy involved identifying studies that included words relating to ‘Huntington’s disease’, ‘cost’,
‘health resource utilisation’, ‘budget impact’ and ‘burden of disease’.

Studies were screened against a pre-defined inclusion criteria e.g., grey literature (HD congress posters and
abstracts).
Eligibility criteria

Inclusion criteria \ Exclusion critel

+ HD studies Studies without any:
+ Published abstracts and conference posters (3-5 years) + HD Resource utilisation
+ Studies published within the last 10 years (January 2011 - + HD Cost data

June 2021) + HD BOI data

Non-HD studies

Published before 2011

Not published in English

Non-relevant publication type or any other non-peer-
reviewed literature)

Comments to published articles

QoL burden studies

This HDBOI study was supported by uniQure. This poster was sponsored by uniQure.

Disclosures: LM, SM, GG, RW are employees of HCD Economics NL,ATM, FZ and SR. are are current or former employees of uniQure.
Roforencos

1. Natonal haomoshia founcation (W) Hemopri A and hasmophia B. 2015

2. Novak W, Tabie 1. Hungon's isase, 4. 2010 dun 10340-3109. 0 10.1136/0m1<105, PWID: 20591365

locations, in efforts to gather as much relevant data as possible.
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+ Of the 20 publications in the analysis, majority of the studies captured direct costs. One paper included direct,
indirect and wider societal costs.

+ HD disease severity stratification was presented in 9/20 studies, with 2/9 utilising the Total Functional
Capacity (TFC) scoring measure, while the remaining 7/9 categorised HD stages “early, moderate and
advanced” using HRU type (e.g., hospice care exemplified HD advanced stage).

Graph 1. Cost of HD by three-stage severity
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+ HD related costs vary by country; the annual cost for an HD patient was on average the highest in the US HD
population. Using a standardised currency, HRU and annual costs per patient increased with HD stages.

+ Annualised direct medical costs of HD ranged from $5,208 to $12,899 for early stage HD, from $11,808 to
$29,733 for moderate stage HD, and from $22,116 to $66,070 for advanced stage HD.

Discussion & Conclusion

* Using the above TLR findings, a health-economic model is currently under development in collaboration
with leading experts in the field.

+ Our TLR results highli ial HD ic costs evidence gaps in the literature.

+ Given the extensive societal HD burden, the 9/20 studies identified presented disparities in information of
indirect cost such as productivity loss, and caregiver burden.

+ Ahighly cited study by Jones et al (2016) captured high disparity in direct versus societal costs; across the
lifespan of an HD patient, direct costs observed were $36,407 (early to advanced stage) compared to
societal costs of $92,521.

+ Moreover, validated HD disease progression measures such as TFC were rarely employed, instead HD
progression was categorised by the type of HRU utilised.

+ Such categorisation may not provide an accurate reflection of HD health state residency.
+ Future BOI studies are needed to provide comprehensive evidence for HD cost-effectiveness analyses.
+ Further research may also be needed after disease modifying treatment becomes available.




