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Process map

* The study team identified choices to be made by “Users” and “Moderators” via the Process map in five discrete steps.
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Background

* HTA agencies evaluate new health technologies based on generic preference-based measures (PBMs*)," in an effort to
inform decision-makers on policies supporting equitable and efficient health systems.? A lack of data concerning generic
paediatric PBMs impedes the selection of PBMs in clinical studies of paediatric populations.

* This can lead to challenges in assessing benefits associated with paediatric treatments in economic evaluations,

. : Understand existi id lated t
potentially limiting patient access to treatments. nderstand existing evidence related to

the PBM in the population of interest

!

®

— Itis estimated, for example, that only 29% of paediatric cost-utility analyses have used PBMs validated for use
in children.?

* The Paediatric Utilities Working Group was initiated by field experts and Roche to develop a decision-making framework
to select appropriate PBMs for paediatric disease populations early in the clinical development process.

®®

— Timely selection of appropriate PBMs in trials should prove beneficial to treatment consideration and clinical outcomes
in the daily life of patients.

*PBMs are structured questionnaires evaluating a respondent’s health state or health-related quality of life with a value that infers the preference for each health state.

Methods

* Arecent systematic review of paediatric PBMs* was used as the base for this study.

®

» All available paediatric PBMs (for individuals <18 years of age) that use established preference-based methodology were
catalogued in a database.

— Properties of each PBM were collated in a database based on the original PBM validation papers.

» Aseries of workshops were held with PBM subject matter experts to identify the appropriate elements and a
decision-making framework.
Alternate utility estimation method required

* The Paediatric Utilities Working Group collectively refined the elements and created a Process map, or decision-making (vignette study or DCE f firmation)
vignette study or or confirmation

framework, for PBM selection for paediatric clinical trials.

User (researcher)

Person responsible for selection of PBM or QoL instrument for a paediatric
study/trial, no specialist expertise required.

®
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 Infuture, this decision-making framework may be mapped for use in specific diseases.

*Concepts caninclude various dimensions that may be disease specific or generic, for example activities of daily living, mobility behaviourfemotion and pain. tTraffic light assessment
determines if the chosen PBM is valid for use (green), should be used only if no other valid PBM is available as some features are missing/invalid (orange), or the PBM is invalid for use in
the target population (red). ¥In cases where no PBM is suitable, the moderator will deliberate with the disease team on the approaches needed to generate utilities.

Results

* Atotal of 19 generic multidimensional PBMs were identified in the systematic review,* from which 14 paediatric PBMs were
included in the database.

Moderator (key expert)
A subject matter expert in PBMs utilised for economic evaluation.

— PBMs were merged in the database if they were observer-reported versions and/or variants of the same PBM.*

* The database contains a catalogue of the final PBMs and over two dozen relevant properties (e.g. the target age group,
concepts covered, country value sets available, and more) to consider during PBM selection.

Limitations

* Most PBMs included in the database were based on the review by Kwon J, et al. (2022).* More recent publications should be
reviewed for possible inclusion of additional PBMs in the database.

» The focus of this decision-making Process map was based on generic PBMs. Disease-specific PBMs that have been
validated for use in paediatric populations could be useful across a broader range of disease areas where there is a
commonality in concepts, and could be considered in future versions of the database.

* This decision-making Process map has not been evaluated for other diseases and/or health settings, tested externally or
validated with decision-makers.

* The database includes the following 14 PBMs identified for paediatric populations:

17-Dimensional Health-Related Measure (17-D)"
EQ-5D"

EQ-5D-Y™

Adolescent Health Utility Measure (AHUM)

Assessment of Quality of Life, 6-Dimensional,
Adolescent (AQoL-6D Adolescent)’

Quality of Well-Being scale (QWB)™

Infant health-related Quality of life Instrument (1Ql)°
EuroQoL Toddler and Infant Populations (EQ-TIPS)®
Health Utilities-Preschool (HuPS)’

Health Utilities Index (HUI)®

Quality of Life Inventory-Disability (Ql-Disability)’
Child Health 6-Dimensional (CH-6D)"°

Child Health Utility 9D (CHU9D)"

16-Dimensional Health-Related Measure (16-D)?

Conclusions

* Initial assessment of the decision-making Process map suggests that it may enable a systematic and transparent method
for optimising the selection of appropriate existing paediatric PBMs into studies and an accurate estimation of utilities for
paediatric populations.

* More work is underway to assess the accuracy and usefulness of this Process map.

*PBMs with different variations on the same measure or those that included self-reported and observer-reported versions were added to the database as a single PBM for ease of
reference. For example, the HUI2, HUI3, as well as their respective observer-reported versions, were included as a single HUI PBM. EQ-5D-Y, EQ-5D-Y proxy and EQ-5D-Y-5L were
included as a single EQ-5D-Y PBM.

Database*

EQ-5D/
EQ-5D-Y415

AQolL-6D

16
sl Adolescent’’

PBMs (o]} EQ-TIPS® HuPS’ HUI® Ql-Disability’ CH-6D" CHU9D™ 16-D/17-D">1% QwB*

Age range 0-1year 1-3 years 2-5 years >D years 5-18 years 7-12 years 7-17 years 8-15 years 8-18 years 12-18 years Adolescent* Not reported
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*Refer to Process Map Step 4A. tFor ease of reference the 16-D and 17-D, as well as the EQ-5D and EQ-5D-Y PBMs, are collated above. ¥Age range not specified.
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Please scan using your QR reader application to access the graphs and data presented in this poster, and additional information.
NB: There may be associated costs for downloading data. These costs may be high if you are using your smartphone abroad. Please check your mobile data tariff or contact your service provider for more details.
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