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Current practice in use of pediatric utilities in CEA

NICE: “...most used generic HRQoL measures designed for adults.
“‘Submissions Measures were usually completed by adult patients or clinical experts.
involved Committees frequently commented on limitations in the HRQoL data”

inconsistent (Lamb et al 2021)

approaches, use of | 25% of assessments used child and adolescent population—
adult measures specific measures (Hill et al, 2020)

Z’ngvtf,;%gfsg} a?onsdin “...we found considerable gaps and o .Consid.era.ble gaps .in the
S weaknesses in the current evidence way (pediatric) valuation

base for utilities used in economic weights are used and reported
evaluations of pediatric vaccines.” in CEA”
(Herdman et al 2016)

Growing awareness by HTA bodies — but currently no HTA body provides clear guidance
on child HRQoL utilities (Devlin, Rowen, Lovett et al 2022)

Abbreviations: CEA = cost-effectiveness analysis; HRQoL = health-related quality of life; HSU = health state utility; HTA = health technology assessment;
NICE = National Institute for Health and Care Excellence; PBAC = Pharmaceutical Benefits Advisory Committee


https://www.ispor.org/publications/journals/value-outcomes-spotlight/vos-archives/issue/view/finding-the-best-and-brightest-getting-a-leg-up-on-the-race-for-talent/challenges-in-measuring-and-valuing-children-s-health-related-quality-of-life
https://link.springer.com/article/10.1007/s40273-021-01107-5
https://www.mdpi.com/2227-9067/8/9/765
https://doi.org/10.1016/j.jval.2020.02.011
https://pubmed.ncbi.nlm.nih.gov/27021761/
https://pubmed.ncbi.nlm.nih.gov/36967026/
https://pubmed.ncbi.nlm.nih.gov/36967026/
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Why is this important?

Incomparability of Use of adult measures to
evidence reflect HRQoL of children

Gaps in evidence

Risks misallocation of funds
potentially denying access to A\

N

effective and cost-effective
pediatric interventions

Abbreviation: HRQoL = health-related quality of life
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Why pediatric utilities?

Historically neglected area of research

For use in health technology assessment,
health state utilities are required

No common methods

Value judgements underlying the choice of
methodology (no “right” answer)

www.ispor.org
PharmacoEconomics (2022) 40:379-431
https://doi.org/10.1007/s40273-021-01128-0
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Improuing healtheare decisions
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HOME MEMBER GROUPS / TASK FORCES

Valuing HRQol of Children & Adolescents in Economic Evaluation (Pediatric Utilities)

3 Special Interest Groups

v Task Forces

Performance Qutcome (PerfO)
Assessments

Structured Expert Elicitation
for Healthcare Decision Making

Task Force

Objective

To develop emerging good practice recommendations for the valuation of health related quality of life
(HRQol} in children and adolescents for the generation of quality adjusted life years (QALYs) for use in
economic models.

www.ispor.org
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Task force report structure

Introduction and Aims

Whose health
Whose is imagined in Which

preferences tasks to preference
should child HSUs elicit elicitation

be based on? child HSUs methods?
(perspective)?

Comparability and Consistency with
Adult Health State Utilities

Recommendations
Abbreviation: HSU = health state utility

Selecting the overall approach
9 to generating child HSUs
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Join our task force review group!

1 V- S -t I S PO R h O e a e @ CRM |[Individuals | Dr. Joseph Ro X i ISPOR - Task Forces X + V= X
’ p g € C & ispororg/member-groups/task-forces ey RBCEOO RO :
WWW. IS po r. O rg G Google < The World Clock —. ° Beyond Pay Login ﬂ Wedding Elizabeth... @ Outlook Web App ) (77) ISPOR Student... () punctuating a ques... , ISPOR netFORUM L... »

Uslily FdUEHIL FTEIEIENLeS W

2 Se I eCt & M em be r G rou pS” Inform Decision Making TaSk Forces

Valuing HRQoL of Children &
Adolescents in Economic

1] ” i Task forces develop ISPOR's Good Practices Reports, which are highly cited expert consensus guidance
3. Select "Task Forces Vol et Ul

recommendations that set international standards for outcomes research and its use in healthcare decision
Value-Based Healthcare

: implementation Special Task  Making:
4. Scroll down to Join a Task Force
. ¢ Measurement Comparability Between Modes of Administration of PROMs
ReVIeW G rou p Councils & Roundtables * Performance Outcome (PerfO) Assessments

* Quantitative Benefit Risk Analysis

1

Global Groups

5- CI ICk button to “J OI n a ReV|eW G rou p” | * Structured Expert Elicitation in Healthcare Decision Making

Students * Use of Electronic Health Records for Health Technology Assessment

* Using Patient Preferences to Inform Decision Making

New Professionals

¢ Valuing HRQoL of Children and Adolescents in Economic Models

**You must be an ISPOR member to join

a Task Force Review Group.** Join a Task Force Review Group

All ISPOR members who are knowledgeable and interested in a task force's topic may participate in a task
force review group. To join a task force review group:

Likely timeline for review round: Q1 2024

516 PM
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& 637 Mostlycoudy  ~ ®
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Whose preferences should

pediatric HRQoL utilities
reflect?

Elly Stolk, Professor at Erasmus University
Rotterdam, NL, and Scientific Director,
EuroQol Research Foundation, Rotterdam, NL
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Whose preferences?

Whose
preferences _ _ C e e e :
should child « General public preferences are in most jurisdictions considered more

b:ss;léso?,% appropriate than patient values. Reasons include (Versteegh & Brouwer, 2016):

— Resource allocation of scarce resources affects the entire population
— Insurance perspective
— Inclusiveness and representation

+ S0, we already know whose values count in valuing child health? No!

« These normative/theoretical considerations work in the same direction for adults
but are conflicting when children are concerned requiring to follow one and
downplay other ones, but which one? Furthermore, empirical issues can be
raised

13


https://doi.org/10.1016/j.socscimed.2016.07.043
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What sample frame options could be considered?

- The options can be defined by the answer to two questions:

\

1. Who is 2. Do_we
represented require

in the ~ specific
sample? “expertise?

14
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Presentation Notes
The question ‘Who should make these value judgements’ in itself implies (via the word ‘should’) a value judgement
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First question: who is represented in the sample?

15

. Patients valuing their
Represented General public own health

Children A D
Adolescents B E
Adults C F

Preferred option depends on normative reasoning
1. General public should decide as taxpayers/group who decides in democracy - C

2. General public should decide to ensure inclusiveness and representation > ABC

3. Patient preferences should count > DEF

www.ispor.org
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Second question: do we require specific expertise?

Experienced AL ©
No expertise per Knowledge of childhood children’s
. the childhood o
required " condition wants and
condition
needs
Represented General public Patients =elpeE nEEMHIEENE Parents/Carers
parents/Carers professmnals
Children
Adolescents B E N/A N/A N/A
Adults C F G H I

Preferred option depends on normative and empirical reasoning

1. No experience required - general public

2. Lived experience with condition - patients
3. Able to understand the disease and/or how it impacts a child - groups chosen for their knowledge
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\ =4 Total of 9 possible frames

1. Who is 2. Do we

represented require

in the ___ specific
sample?  “expertise?

Aware of

No expertise tﬁﬁi?m?odd Knowledge of childhood children’s
required condition condition wants and
needs
Selected Healthcare

Represented General public parents/Carers Parents/Carers
Children
Adolescents B E N/A N/A N/A
Adults C F G H I

« Decisions driven by a mix of normative and empirical concerns

17
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Whose preferences should child HSUs be based on?

Whose
preferences

Shl-?éjbdscgld * Arecent review (Bailey et al 2022) found 77 studies assessing

basedon’? child HSUs, and sample frames varied:

— Parent of child with condition (27%)

— Adults from general public (23%)

— Adolescents from general public (23%)
— Adolescents with condition (14%)

+ 33% used more than one population group, promoting learning
about how much choices matter empirically

18

Abbreviation: HSU = health state utility
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https://pubmed.ncbi.nlm.nih.gov/35619044/

__ —

1.Whois = 2.Dowe

represented  require
in the ~ specific P
sample? “expertise?

19

1. Who is
represented
in the
sample?

www.ispor.org

2. Do we
require
specific
" “expertise?



Whose health is imagined
when valuing pediatric
health states?

Dr. Louis Matza, Evidera, United States
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Whose health is imagined when valuing pediatric health states?

* There are a range of options.

— This should be considered for all pediatric health states (e.g., EQ-5D-Y health states,
health state vignettes, or health states derived from a condition-specific PRO).

* Three questions to consider: The answer to each question can have an impact
on the resulting utility value.

T T 2. Relationship of
- Whatis the | respondent _

life stage of the
imagined
person?

21

Abbreviation: PRO = patient-reported outcome
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First question: What is the life stage of the
imagined person?

1. Life stage
\ - Adult

— With pediatric health states, it may be possible for adult respondents to
imagine living in the health state at their current age.

— Limitation: The impact of disease and treatment may differ between

children and adults, and this framing would not capture the specific impact
in children.

- Child

— Usually the preferred approach so that the resulting utilities are truly
relevant in models of treatment for children.

» Child growing into adulthood

— Avaluation task can be structured so that respondents consider a child
growing into adulthood during the time in the imagined health state.

— For example, if you're using a time trade-off valuation with a 10-year time

horizon: A 15-year-old at the beginning of the time horizon would be 25 by
22 the end.
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Second question: What is the relationship of
2. the respondent to the imagined person
to imagined described in the health state?

person

* If the respondent is told that health states represent a child,
relationship to the child may be specified.

* Two types of frames:

— “Self” frame
o Respondents can be asked to consider the health state for themselves
o Adults can imagine themselves at their current age or as a child

o Children can theoretically be asked to imagine themselves living in the
health state, but this raises cognitive and ethical challenges

— “Other” frame
o Consider the health state for another person
o Avariety of “other” frames are possible

23
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Possibilities for the “other” frame

* Respondents can be told to imagine their own child living in the
health state
— May be challenging for people who are not parents.
— Imagining one’s own child could result in different valuations than
imagining a different child.

— It can be difficult to avoid the influence of family/caregiver spillover
effects on health state preferences, especially when valuing health for

very young children.
- A different known child (e.g., “a child you know")

- A non-specified child
— e.g., “an 8-year-old child” without further specification

— This approach leads to substantial heterogeneity in who is imagined
(e.g., my own child, my niece, my neighbor, myself as a child, a child
with specific demographics, no particular child...)

24
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Third question: What is the age of the imagined
child?

- If the respondent is told to imagine a child living in the health states, the
age may be specified.

- The age can have an impact on the resulting utility.

» There are several ways this can be done.

Specific age (e.g., an 8-year-old child)
Age range (e.g., a child of ages 8-12)
Distribution across a range of specified ages

o Several specific ages, each randomly assigned to a subset of
respondents

Unspecified age
o Health states describe a “child” without specifying the age

o This could introduce unnecessary heterogeneity as each respondent
makes their own assumptions about the child’s age



Combining the puzzle pieces:
A recent study valuing EQ-5D-Y health states

I——
Three questions: \

| i 2. Relationship of :
life stage of the ~ to the \ the age of

g

person? child? \ child? \

Three answers: -
magine

hild No
I?/izgl in relationship 10 years

the health ~ specified old
state

26

www.ispor.org

Ramos-Goni et al. 2020



https://link.springer.com/article/10.1007/s40273-020-00909-3
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Combining the puzzle pieces:
A study valuing CHU9D health states

I——
Three questions: \

| i 2. Relationship of :
life stage of the ~ to the \ the age of

—

person? child? \ child? \

Three answers: Adult
(i.e., not told
that these Current
were child \__- Age
states)

2 Stevens 2012



https://link.springer.com/article/10.2165/11599120-000000000-00000
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Final thoughts on whose health is imagined

* These decisions should be considered carefully for pediatric utility assessments
because the answers can have an impact on the resulting utilities.

+ Selection of the framing will depend on a range of factors such as modeling goals
and the pediatric population represented in the health states.

» Further research is needed to better understand how respondents, researchers,
and policy makers are considering and applying these frames.

28



How to recommend ‘good
practice’ when value judgements
are unavoidable?

Professor Nancy Devlin, University of Melbourne,
Australia
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As Elly and Louis have shown, researchers face many choices in selecting
methods for eliciting pediatric utilities

Whose preferences?

Whose perspective?

What age of child?

What duration of state?

What stated preference methods?

Empirical evidence can tell us what difference these methods choices makes on
the properties and characteristics of pediatric utilities

In some cases, methods may produce ‘better’ results e.g., in terms of data quality

In many cases, choosing between these sets of methods will rely on value
judgements

What are the implications of this for good practice recommendations? How
have we addressed this in our Task Force?


Presenter Notes
Presentation Notes
A ‘positive’ statement is one which is testable using scientific methods
A ‘normative’ statement cannot be provide or disproved – it is an expression of value judgment


Choosing between value judgements

31

* How to proceed when ‘determining good practice’ = ‘choosing between value
judgements’?

* e.g., whose stated preferences should be sought in eliciting pediatric utilities will
(partly) depend on the principles and social values of the decision makers using
that evidence.

(X N X |
m Why ask children? Why ask adults?

Consumer sovereignty Tax payers

Consistency e.g., with adult HRQoL

Patient-centered care -
utilities

‘Nothing about me without me’ To avoid ethical risk to children

Abbreviation: HRQoL = health-related quality of life

www.ispor.org


Presenter Notes
Presentation Notes
Also to note (verbally): adults often make decisions on behalf of children
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Normative considerations sitting underneath these choices

32

Discussion of methods choices re: pediatric utilities often assume that we want age-specific utilities for pediatric
HRQoL instruments

But that itself is a value judgement
An alternative is to use a single, age-invariant set of utilities across HRQoL instruments

Current practice re: pediatric utilities varies widely (Bailey et al 2022), which decision makers may not be aware of

There is no right or wrong answer, but which is chosen will have an important effect on utilities (Devlin et al

2023)

Age-specific values for child HRQoL

Age-invariant values for child HRQoL

EXAMPLE: EQ-5D-Y-3L (asks adults their
views about a 10 year old child)

EXAMPLE: HuUPS (response mapping to HUI3 and
use HUI3 utilities) (Furlong et al 2023)

Avoids artefactual differences in utilities between
age groups, even where HRQoL unchanged

Preferences may be specific to age-
specific HRQoL descriptions

Provide a consistent basis for weighing up QALYs

Children’s preferences are relevant ) :
gained and foregone across different ages

Abbreviations: HRQoL = health-related quality of life; QALY = quality-adjusted life year


https://pubmed.ncbi.nlm.nih.gov/35619044/
https://link.springer.com/article/10.1007/s40273-023-01300-8
https://link.springer.com/article/10.1007/s40273-023-01300-8
https://link.springer.com/collections/ecihhahbif
https://www.sciencedirect.com/science/article/pii/S1098301522021118
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Who should make these value judgements?

+ At present, these methods choices are made by researchers.

« Methods choices vary widely (by pediatric HRQoL instrument; by study); reporting is
not always adequate.
— The rationale for the choices is not always clear
— The implications for the resulting utilities is not always clear
— The implications for QALY estimates is not always clear

- End users (e.g., decision makers) may or may not be aware of these limitations
when interpreting evidence on pediatric HRQoL presented to them.

 Currently, no HTA body has a clear position on these methods issues (Devlin,
Rowen, Lovett 2021).

+ This makes it extremely challenging for those developing pediatric HSUs and for
those undertaking economic evaluations in pediatrics.

33
Abbreviations: HRQoL = health-related quality of life; HSU = health state utility; HTA = health technology assessment; QALY = quality-adjusted life year


Presenter Notes
Presentation Notes
The question ‘Who should make these value judgements’ in itself implies (via the word ‘should’) a value judgement
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We recommend that:

34

Decision makers carefully consider the methods choices and take a clear stance on
these that are communicated (e.g., via HTA methods guidance) to researchers and
to those submitting evidence on pediatric HRQoL.

Studies reporting pediatric HSUs need to ensure that all methods choices involving
value judgements are transparent and clearly justified to end users.

Studies reporting pediatric HSUs ensure that users are aware of the likely effect of
those methods choices on the characteristics and properties of the utilities produced,
and the implications for estimates of QALYs.

The inclusion of children in studies eliciting HSUs needs to be carefully considered in
terms of both potential benefits and harms.

Abbreviations: HRQoL = health-related quality of life; HSU = health state utility; HTA = health technology assessment; QALY = quality-adjusted life year
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lSPOR Thank you!

Improving healthcare decisions Questions or comments can be sent to the Taskforce co-chairs

nancy.devlin@unimelb.edu.au

d.rowen@sheffield.ac.uk
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Questions for discussion

Are the proposed Task Force recommendations appropriate?

36
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