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Abstract: Health systems in high-resource countries recognize the importance of making decisions
about the services offered to the population based on scientific evidence. Producing this evidence
is especially challenging in areas such as newborn care where the frequency of conditions is rare.
However, methodological advances in the field of economic evaluation could change how this
evidence is used in decision-making. This study aimed to investigate how decision-makers in the
Canadian province of Quebec perceive the value of recent advances in economic evaluations for
perinatal studies and how these advances might affect the offer of neonatal interventions in the public
health care system. A qualitative study was conducted. A total of 10 policymakers were interviewed.
A neo-institutional conceptual framework highlighting three dimensions, structure, power, and
interpretive schemes, was used for data collection and analyses. Structural factors, interpretative
schemes, and power management between the groups concerned concur to ensure that providing
services to newborns is not hindered by the difficulty of producing evidence. They also ensure
that the decisions regarding which disease to screen for take into consideration the specificity of
neonatology, in particular, the social value given to children not captured by available evidence.

Keywords: neonatal care; economic evaluation; decision-making; evidence-based medicine;
neo-institutional framework

1. Introduction

In industrialized countries, the choice of interventions offered in the healthcare system
tends to take into account different types of scientific evidence, notably epidemiological
and economic evidence. Epidemiological studies are used to determine the prevalence and
incidence of diseases, as well as the effectiveness of interventions. Economic evaluation (EE)
studies are used to estimate the efficiency of interventions in improving population health,
i.e., the cost of the intervention required to achieve a health improvement [1]. EEs can also
provide the expected budget impact of offering a new intervention. This information can
help policymakers prioritize which interventions to offer [2,3].

In high-resource countries, independent health technology assessment (HTA) agencies
assess the availability and relevance of evidence to inform decision-makers on which health
interventions to offer to the population, how to price them, and how to reimburse them [4].
HTA agencies aim to ensure that public healthcare systems achieve their fundamental
objectives of not only using resources in the most efficient and effective way, i.e., producing
as much health as possible with the resources invested in the healthcare system, but of
also answering social preoccupations such as equity or social justice [5,6]. The province
of Quebec has its own HTA agency, functioning independently from the national HYA
agency. However, there may be collaborations aimed at ensuring a certain equity in terms
of services offered to the population across the country.
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In the field of neonatology, one of the main questions facing HTA agencies is that of
the health conditions to be included in a screening program, whether pre- or post-natal
care is included. Answering these questions can be particularly difficult, given the rarity of
many congenital conditions that are candidates for a screening program [7]. The rarity of
conditions can indeed restrict the ability to conduct statistically significant epidemiological
studies [8,9]. Additionally, performing Cost-Utility Analysis (CUA) studies with non-verbal
children can be challenging. However, one solution is to involve proxies, such as parents or
healthcare professionals, to provide insights into the children’s quality of life [10]. Proxy
respondents are typically tasked with completing standardized Health-Related Quality of
Life (HRQoL) questionnaires on behalf of their child [11]. This process can be challenging,
as it involves making subjective judgments about a child’s quality of life, which may
not fully reflect the child’s experience [12,13]. The validity of CUA and Quality of Life
(QoL) studies used to judge the value of adding a condition into a screening program can
therefore be debatable [14,15]. Moreover, one should also ideally consider the value that
society places on the life of a child, even if they have a disability or chronic condition, that
might differ from the value of adults [16,17]. This child value can lead to pressure from
various stakeholders, including parents, industry, and healthcare professionals, to provide
rapid access to innovations, even if these interventions are poorly evaluated. The strong
societal value placed on children can be a powerful motivator. Interest groups can use it to
emphasize the potential benefits of interventions for young children. From a scientific point
of view, it remains important to ensure these interventions have undergone a thorough
evaluation before being offered in a public health care system [18]. These groups may push
for quick access to new interventions, even when these have not been thoroughly evaluated.
This pressure can create challenges in ensuring that decisions are based on sound scientific
evidence and that the benefits and risks of different interventions are carefully weighed
before making decisions regarding the offer of a new intervention in the health care system.

In the field of EE, CUAs have a specific advantage. They enable the use of a health
outcome indicator, the quality-adjusted life year (QALY), which can be applied to any
intervention. CUAs therefore make it possible to compare the cost/effectiveness of different
interventions, and thus to judge the relative value of each one. CUAs are therefore of
particular interest to decision-makers. As stated above, conducting CUA for interventions
targeting children under 5 presents distinct challenges compared to those designed for
older children and adults. However, the ability to conduct studies in this age group has
recently been facilitated by the development of three measurement instruments, the Infant
health-related Quality of life Instrument [19] (IQI), the Health Utilities Preschool [20]
(HuPs), and the Toddler and Infant (TANDI) instrument. IQI, HuPs, and TANDI are
measure instruments developed for assessing the quality of life in children under 5 years
old [21,22]. They allow producing a value score that can be used in CUA studies. These
three instruments have been validated and found to be reliable for their respective target
populations [19,20]. As with any instrument, there is a need for further validation in
diverse populations.

The IQI was developed at the University of Groningen [23]. It includes 7 health at-
tributes: sleeping, feeding, breathing, stooling/poo, mood, skin, and interaction. The IQI
is administered through a mobile application and is designed to assess overall HRQoL
in infants up to 1 year of age [19,23]. HuPs is based on the Health Ultilities Index (HUI)
and is recommended for children aged 2-5 years. It was developed in Canada and Aus-
tralia. It includes 12 items: emotion, hearing, speech, ambulation, dexterity, learning and
remembering, thinking and problem-solving, pain, behavior, general health, self-care, and
vision [20]. The TANDI instrument is another tool developed for assessing the quality of life
in very young children, specifically those aged 1-36 months [21]. The TANDI includes six
dimensions with three levels of report and general health measured on a Visual Analogue
Scale from 0 to 100 [21].
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Despite the advancements in CUA research, certain issues remain unresolved. In
particular, the choice of dimensions still requires the use of proxies. These new instruments,
however, concentrate more on elements that parents and health professionals can observe.

The ability to perform more convincing CUA studies in children under 5 years old is a
significant advantage for researchers. The new instruments might support the production
of EE studies in the field of neonatal screening. Consequently, policymakers can expect to
be better equipped to ensure that chosen interventions are not just economically sound but
also enhance children’s overall well-being. In a context where there is increasing pressure
to incorporate epidemiological and economic data into the decision-making process for
public services, the expectation for CUA studies in children under 5 years old remains an
open question. This study aimed to explore this aspect.

2. Materials and Methods
2.1. Design

A qualitative case study was conducted to explore how policymakers perceive the role
of EEs in the decision-making of an HTA committee reviewing interventions for children
under 5, in light of the methodological innovations that allow to carry out cost-effectiveness
analyses in this population.

The participants of the study were voting members of an HTA agency’s scientific
committee or members of the Ministry of Health’s neonatal screening advisory committee.
They were solicited to participate in the study due to their expertise in health interventions
for children under 5 years old.

2.2. Conceptual Framework

The study used the neo-institutional theory (NIT) as its conceptual framework [24,25]
(Figure 1). NIT is a useful framework for understanding how institutionalized factors, such
as norms, practices, and systems, can constrain the consideration of scientific evidence in
decision-making. In this study, we focused on three main dimensions of NIT: institutional
rules and norms, power relations, and interpretive schemes [25,26].
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Figure 1. Neo-institutional theory.

Institutional rules and norms are the formal and informal regulations, guidelines, and
standards that govern behavior within a specific context. They provide a framework for
understanding and guiding individual and organizational behavior, shaping expectations,
defining appropriate practices, and influencing decision-making processes [24,25,27,28].
Rules and norms can be formal or informal. Formal rules and norms are explicitly stated
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and codified, while informal rules and norms are unwritten and socially shared. Formal
rules are typically established by authoritative bodies, such as governments, regulatory
agencies, or professional associations. They are often written, enforceable by law, and have
a clear legal status. Informal rules and norms emerge through social interactions, cultural
values, and collective practices.

Power relations refer to the distribution and exercise of power among actors within
a given institutional context. Power can be exerted through various means, including
control of resources, authority, and influence. Power dynamics shape the interactions and
decision-making processes within institutions, influencing which actors and interests have
the most influence and the outcomes that emerge [24,25,29].

Interpretive schemes are the cognitive frameworks, meanings, and cultural under-
standings through which individuals and organizations interpret and make sense of their
social world. They shape perceptions, beliefs, values, and actions, guiding behavior and
influencing the adoption or resistance toward certain institutional rules, norms, and prac-
tices [24,25,29,30].

These three factors are expected to influence the balance of types of data available to
policymakers through the funding given to researchers and the importance given by HTA
agency committee members to different types of research.

This framework was expected to allow a deeper understanding of the institutional
factors that influence the use of epidemiological and economic evidence in the decision-
making process regarding the offering of health interventions for children under the age
of 5.

2.3. Data Collection

A convenience sample of key policymakers with experience in the policy-making
process for neonatal healthcare in the province of Quebec, either as a member of a scientific
committee of the provincial health technology assessment agency or as a member of an ad-
visory committee on newborn screening programs of the Ministry of Health, was recruited.

Semi-structured interviews were conducted using an interview guide developed based
on the conceptual framework. The interview guide contained the following theme of the
discussion: What factors reduce arbitrariness in choosing diseases for postnatal screening
in Quebec? What structural mechanisms influence these decisions? What societal values
impact these decisions? Are these elements effective? How do economic evaluations reduce
arbitrariness? What else could be done to minimize arbitrary decisions? Does the field of
neonatal screening bring some specificity to the place of economic evaluation in the decision-
making process? It allows the exploration of the policymakers’ perceptions of the use of
EEs in neonatal healthcare, in particular, regarding neonatal screening programs, their
experiences in using EEs in decision-making, and the institutional factors that influence the
use of EEs and the perspective regarding the place of EEs in the decision-making process,
considering the possibility to nowadays conduct CUA on a population of under 5 years of
age. The interviews were audio-recorded and verbatim transcribed.

Data collection continued until data saturation was reached. Thematic analysis was
used to analyze the collected data, which involved identifying patterns and themes within
the data. The analysis was conducted using an Excel spreadsheet.

In addition to the in-depth interviews, document analysis was conducted. Documents
related to policies and reports regarding the use of evidence in neonatal healthcare in the
Province of Quebec were looked for. Relevant documents were obtained both from the
Internet and directly from some respondents. They included guidelines, reports, and other
relevant publications. Top of Form.

2.4. Data Analysis

The data were analyzed using thematic analysis (Table 1). This involved identifying,
coding, and organizing themes and patterns within the data. The coding process involved
systematically categorizing the data into relevant themes and subthemes, based on the
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conceptual framework and emerging themes from the data. Two researchers (VHH and
DR) coded the data independently. Any disagreements were resolved through discussion
and consensus-building. If there had been disagreements, the third researcher would have
been involved in discussions to resolve them.

Table 1. Thematic analysis.

Main Themes Subthemes

Institutional Rules and Norms Formal Rules and Norms

Informal Rules and Norms

Power Relations Control of Resources
Authority
Influence

Interpretive Schemes Cognitive Frameworks

Cultural Understandings

The analysis was an iterative process, with the data being constantly reviewed and
questions refined considering emerging themes and patterns.

2.5. Validity of Results

The validity of the results is based on the following strategies [31]: Credibility was
ensured through the triangulation of data sources. Transferability was enhanced through
the description of the context and participants. Reliability was promoted through the use of
a research protocol that was revised by a scientific committee and the involvement of three
researchers. Confirmability was maintained through the documentation of the research
process and by sending a first version of the analysis to three randomly selected interviewed
persons, who were asked to evaluate whether the main messages they conveyed during
the interviews were presented in the document. All three interviewees said they felt their
opinions were represented in the results.

2.6. Ethical Considerations

The project was approved by the Laval University Research Ethics Committee number:
2021-253 A-1 R-1/07-06-2023.

3. Results

Out of 13 individuals invited, 10 agreed to participate in an interview. Among these
participants, seven are voting members of a HTA agency’s scientific committee and three are
clinicians and members of the Ministry of Health’s neonatal screening advisory committee.
Four participants are women. Four are actively involved in neonatal screening programs.

In the following section, the results of the analysis will be presented by dimensions of
the conceptual framework: structure, power relations, and interpretative schemes.

3.1. Structure

In the province of Quebec, the institutionalized factors that form the foundation of
the neonatal care decision-making process are fundamentally rooted in the provincial
HTA agency’s law. This law establishes a two-tiered structure: first, a scientific committee
of the HTA agency makes a recommendation regarding a new condition to the offer of
services in the public health care system; second, after consulting the Advisory committee
on newborn screening, the Minister of Health makes the final decision on whether to follow
the HTA agency’s recommendation. The HTA agency is mandated by law to conduct a
precise evaluation of scientific evidence regarding the value of the proposed intervention.
The law also requires the HTA agency to ensure that diverse opinions on this matter are
incorporated into the final report. This is intended to minimize arbitrary decision-making.
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The challenge is then to be able to capture the diversity of opinions of the groups concerned,
in particular patients, while the scientific committees are made up of health professionals.

Although the Ministry of Health can request that the HTA agency prioritize the
evaluation of a specific intervention, it cannot interfere with the evaluation process itself.
Therefore, the risk of arbitrary decision-making lies at the level of the final ministerial
decision. At this level, factors beyond public health considerations, such as economic and
political factors and scientific evidence may come into play, often in closed-door discussions.
However, all respondents agree that it is extremely rare for the final decision not to follow
the HTA agency’s recommendations.

“... while the HTA's role is to provide recommendations based on scientific evidence, the
final decision lies with the minister. The minister typically follows the HTA's recommen-
dations, but there can be exceptions.” (P9)

At the HTA agency level, evidence-based decision-making is the primary driver of its
recommendations. The interviews highlighted the importance of HTA agency committee
members in making recommendations based on robust scientific evidence, particularly
epidemiological research. This is not only to justify the investments of taxpayer funds but
also to uphold the legitimacy of evidence from high-quality epidemiological studies and
EEs. Making decisions based on scientific evidence helps to prevent harm and promote the
common good. Not basing decisions on this evidence would be an ethical problem, as it
would go against the ethical principle of non-maleficence, which requires avoiding harm
and minimizing risks to individuals and society as a whole. Not basing decisions on this
evidence would also put committees at risk of folding under the influence of lobbyists who
promote treatments for which evidence is weak.

“Working in neonatal care can be challenging due to political pressures exerted by various
groups, including parents and advocacy groups. These pressures can complicate decision-
making processes and make it difficult for healthcare professionals to respond effectively
to demands from politicians who may not fully grasp the practical realities of their
work...” (P6)

One notes that none of the respondents raised the question of the feasibility or chal-
lenges of conducting CUA in neonatology. Instead, the primary focus of their discourse
focused on distinct issues such as the rarity of diseases in this context and the unique
status that children hold within the social landscape. Children are the most valued group
of the population. Almost all respondents consider that this value must be taken into
account when the decision on the offer of innovation has to be made, even if numerical data
showing differences in social value between sub-groups of the population are not available.
Being able to have economic studies conducted on children under 5 was seen as an asset in
the fight against arbitrary decisions or resistance to economic or emotional pressures but
does not reduce the importance given to social and ethical issues.

“. . .economic evaluations are aligned with other evaluations and factors, and decisions to
cover expensive treatments may have already been made before an economic evaluation is
conducted. ..” (P1)

3.2. Power Relations

All respondents acknowledged the challenge of ensuring that all members of scientific
committees have an equal opportunity to express their views. Committees include rep-
resentatives from the medical, paramedical, and public sectors, and make efforts to give
each group a voice. However, the potential conflicts of interest arise from gifts and benefits
offered to doctors by pharmaceutical companies, the complexity of integrating new doctors
into approval committees, the diversity of backgrounds among clinicians in committees,
and the inherent biases and presuppositions that can influence decisions.

The second challenge faced by committees is the lack of expertise in pediatrics when
discussing interventions for young children. Experts are typically consulted during the
preliminary stages of the evaluation process when the literature is reviewed to identify
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relevant data. These data are then summarized in a report for the committee members
to review. However, this expertise is often missing during the actual debates, as the
committees are not typically made up of pediatric experts. As a result, the specificity of
neonatal care may not be adequately considered in the evaluation process.

“. . .the importance of diverse expertise in committee debates and the challenges that can
arise when specific expertise, such as pediatric expertise, is lacking. ..” (P5)

There is a risk that the deliberations will mirror the way discussions are held for
interventions for adults and that the lack of solid data in the epidemiological and economic
literature will be given undue weight. Additionally, there is a risk that committee members
may be influenced by external factors, such as political pressure or pharmaceutical compa-
nies. These external influences could affect not only the selection of diseases or treatments
for neonatal screening programs but also the entire decision-making process, sometimes
unconsciously. There is a consensus among participants that power dynamics beyond the
committee’s control can shape decisions and potentially compromise the objectivity of
the process.

A final concern expressed by most respondents is that the issue of power extends
beyond social hierarchies to the influence of individual personalities. Individuals who
are articulate and persuasive can sway outcomes, potentially leading to biased decisions.
Respondents acknowledge that it is difficult to control this aspect through rules. A process
that requires all committee members to express their opinions and vote on a new inter-
vention can only mitigate the influence of certain members” personalities, but it cannot
eliminate it.

“...There are some members who are more vocal and persuasive than others, and they
can influence the outcome of the decision. . . however if everyone expresses their opinions
during the discussion "le tour de table”, and how this allows for a more informed and fair
decision-making process” (P7)

The mere presence of instruments for conducting CUA studies in children under 5
years old does not necessarily guarantee a complete salutation to these concerns, although
it does provide more satisfactory tools for such studies to be conducted. Consequently,
some respondents fear that these economic studies from the healthcare perspective could
give more weight to quantitative data in the decision-making process.

“In my experience, even though we have tools for conducting Cost-Utility Analysis
(CUA) studies in children under 5 years old, it doesn’t necessarily resolve all concerns
related to this age group. These tools certainly enhance our ability to conduct such studies,
but they don’t provide a complete solution. There are various factors at play and the mere
existence of these tools doesn’t guarantee a comprehensive resolution.” (P1)

3.3. Interpretive Schemes

Respondents agreed that the process for assessing scientific evidence is adequate. All
recognized that the use of a highly standardized procedure to evaluate interventions, the
importance given to epidemiological and economic evidence, and the consideration of
other factors, such as social and ethical considerations, are all important safeguards for
ensuring that decisions are made on a scientific basis and are socially legitimate. There is
also general agreement that the process is flexible, which is seen as necessary when dealing
with interventions for young children, as solid data are often lacking.

.. .they mainly focus on evaluating scientific data in their role on decision-making
committees but also acknowledge the importance of considering other factors, such as
ethical and social considerations ...” (P8)

However, participants who are directly involved in providing laboratory and clinical
services to affected children are concerned that the current evaluation process does not
give them enough opportunity to influence the decisions. These participants are typically
members of expert advisory committees, but they are not voting members of the HTA
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agency scientific committees. They can provide input at the beginning of the evaluation
process, and comment on the final report, but they feel that they have little influence on
the overall decision-making process. According to these participants, the current situation
means that experiential knowledge and practical knowledge about the organization of
health services are not typically incorporated into final recommendations. This puts those
who provide care for children at risk of experiencing undesirable consequences of final
decisions, particularly about their workload. While these participants are concerned with
offering interventions that would improve the well-being of children, they believe that
defining which intervention can improve well-being cannot be reduced to a question of
effectiveness, efficiency, and budgetary impact. This divergence between voting members
of the HTA agency and members of expert advisory committees is also evident in the role
of EEs in decision-making about innovations in neonatology. The committee members rely
on HTA agency methodologists to assess the relevance of economic studies conducted on
the interventions under review. For these respondents, the ability to conduct CUA studies
in children under 5 years of age would strengthen the ability of the agency’s committees to
fulfill their mandate to promote evidence-based interventions.

“CUA studies would help us understand not just the effectiveness of an intervention, but
also its impact on resources. This would put us in a much stronger position to recommend
truly evidence-based approaches that benefit both children and the healthcare system as a
whole.” (P10)

As for those who offer services directly to children, they say little about the question of
methodological advances. Their concern relates more particularly to their ability to increase
their level of influence on the interventions to be evaluated, the analysis of existing data,
and the drafting of recommendations.

In short, the interviews carried out show a broad agreement between the three elements
of the conceptual framework, suggesting that the process of evaluating interventions for
children under 5 years old is satisfactory and therefore unlikely to change significantly, even
if the implementation of economic evaluations in this age group is less and less questionable.

4. Discussion

Two main findings emerge from the data. First, there is a consensus that the approach
to assessing the value of neonatal interventions, which relies on an HTA agency, is satisfac-
tory for minimizing arbitrariness in the recommendations made regarding the provision
of interventions in the healthcare system. Second, decision-makers do not envisage that
the possibility of now carrying out cost-utility evaluations for children under the age of
5, would lead the decision-making process to put the same emphasis on epidemiological
and economic evidence as for interventions aimed at an older population than under 5
years-old children.

The first finding is based on the fact that HTA agencies are conducted using a system-
atic approach to gather and assess evidence on the clinical effectiveness, cost-effectiveness,
and other relevant aspects of health interventions. This approach helps to ensure that
recommendations are made fairly and transparently and that they are based on the best
available evidence.

Yet, respondents acknowledged the challenges and ethical considerations involved
in decision-making about interventions for young children. They believe that a specific
approach is needed. Interestingly, this position was shared by all respondents, regardless
of their discipline, role in deliberating committees, or level of expertise in childcare.

The study also puts in evidence the desire of policymakers to see the value of experi-
ential knowledge in a highly specialized field more acknowledged in the decision-making
process, especially when the literature is limited. Considering the satisfaction with the
current process led by the HTA agency, it emerged that the expertise in neonatal screening is
best served in a structure where this expertise is centralized in expert advisory committees,
rather than in deliberative committees that make recommendations regarding the provision
of technologies in the health system. This structure is seen as the most effective way to take
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into consideration the experts’ perspectives if it is involved in the decision-making process
at the onset of the evaluation process [32] and the critical step between the recommendation
made by the HTA agency and the decision taken by the minister.

One notes that the minimization of arbitrariness is also satisfactory to participants
because it is promoted by the fact that committees have a dynamic that forces members to
respect the diversity of opinions. The predominant influence of professionals is mitigated
by the key role of ethicists and the desire to present the voice of the representatives of
the population in the reports. This dynamic is seen by all as being essential for a system
that can accept the idea that, when dealing with young children, the key importance of
epidemiological and economic evidence must be put into perspective. Ethicists, playing
a crucial role within these committees, ensure that ethical considerations are thoroughly
examined when assessing neonatal interventions [33]. Ethical consideration gives particular
importance to the voice of the beneficiaries and the check-up for any risk of arbitrariness.
This ethical position becomes especially important when making decisions that impact
vulnerable populations, such as infants.

The second finding is that respondents are confident that the possibility of now carry-
ing out CUA in young children should not have a major impact on the flexibility desired for
the evaluation of health intervention for young people. This claim is largely based on the
power structure of the decision-making process, which minimizes the influence of those
with primarily economic interests in promoting interventions. Industry representatives
and clinicians who take care of concerned sick children have little opportunity to influence
the debates of the deliberative committees that review the reports produced by the HTA
agency technical team. If members of a deliberative committee have clinical activity in
neonatology, they are outnumbered by colleagues whose main professional interest is
focused on other populations.

Finally, the structure of the HTA agency includes mechanisms to address potential
conflicts of interest. Experts in specific domains may have personal or professional interests
to defend when participating in the evaluation of healthcare interventions, so the risk
of bias or undue influence is acknowledged. The rules and guidelines are in place to
identify potential conflicts of interest of committee members and minimize the influence
on the decision-making process. Pressures by some groups, such as politicians, may
be unavoidable, but their impact is limited to influencing the prioritization of health
intervention evaluations. In any case, the emphasis on transparency and accountability
throughout the evaluation process helps to maintain public trust in the HTA agency’s
recommendations [34-36].

In summary, decision-makers welcome the efforts of researchers to produce more
relevant economic studies with children under 5 years of age. They believe that the current
structure of decision-making in neonatal health policies is satisfactory and that the new
avenues for research will not affect the importance of being given to the specificity of young
children when making decisions about the services they should receive.

5. Conclusions

Structural factors, interpretative schemes, and power management between groups
concur to ensure that providing services to newborns in public health care is not hindered
by the difficulty of producing evidence. It also ensures that the decision-making process
considers the specificity of neonatology, particularly the social value given to children not
captured by available evidence.

Author Contributions: V.H.H. took charge of all steps in this study. Y.G. and D.R. provided supervi-
sion throughout the research process. All authors have read and agreed to the published version of
the manuscript.

Funding: This research received no external funding.



Int. |. Neonatal Screen. 2024, 10, 36 10of 11

Institutional Review Board Statement: The study was conducted in accordance with the Declaration
of Helsinki, and approved by the Ethics Committees for Research Involving Human Beings at Laval
University (2021-253; 25 January 2022).

Informed Consent Statement: Informed consent was obtained from all subjects involved in the study.

Data Availability Statement: The data presented in this study are available on request from the
corresponding author due to ethical reasons.

Conflicts of Interest: The authors declare no conflict of interest.

References

1.

10.

11.

12.

13.

14.

15.

16.

17.

18.

19.

20.

21.

22.

Saldana, L.; Ritzwoller, D.P.; Campbell, M.; Block, E.P. Using Economic Evaluations in Implementation Science to Increase
Transparency in Costs and Outcomes for Organizational Decision-Makers. Implement. Sci. Commun. 2022, 3, 40. [CrossRef]
[PubMed]

Kruk, M.E.; Gage, A.D.; Arsenault, C.; Jordan, K.; Leslie, H.H.; Roder-DeWan, S.; Adeyi, O.; Barker, P.; Daelmans, B.; Doubova,
S.V,; et al. High-Quality Health Systems in the Sustainable Development Goals Era: Time for a Revolution. Lancet Glob. Health
2018, 6, e1196-e1252. [CrossRef] [PubMed]

Pacifico Silva, H.; Lehoux, P.; Miller, EA.; Denis, J.-L. Introducing Responsible Innovation in Health: A Policy-Oriented Framework.
Health Res. Policy Syst. 2018, 16, 90. [CrossRef]

Oortwijn, W.; O'Rourke, B.; Schuller, T. Response to Redefining Health Technology Assessment: A Comment on “the New
Definition of Health Technology Assessment: A Milestone in International Collaboration”. Int. J. Technol. Assess. Health Care 2022,
38, e55. [CrossRef] [PubMed]

Millar, R.; Morton, A.; Bufali, M.V.; Engels, S.; Dabak, S.V.; Isaranuwatchai, W.; Chalkidou, K.; Teerawattananon, Y. Assessing
the Performance of Health Technology Assessment (HTA) Agencies: Developing a Multi-Country, Multi-Stakeholder, and
Multi-Dimensional Framework to Explore Mechanisms of Impact. Cost Eff. Resour. Alloc. 2021, 19, 37. [CrossRef] [PubMed]
O’Rourke, B.; Oortwijn, W.; Schuller, T. The New Definition of Health Technology Assessment: A Milestone in International
Collaboration. Int. J. Technol. Assess. Health Care 2020, 36, 187-190. [CrossRef] [PubMed]

Committee, N.S.A. Newborn Screening Expands: Recommendations for Pediatricians and Medical Homes—Implications for the
System. Pediatrics 2008, 121, 192-217. [CrossRef] [PubMed]

Shourick, J.; Wack, M.; Jannot, A.-S. Assessing Rare Diseases Prevalence Using Literature Quantification. Orphanet |. Rare Dis.
2021, 16, 139. [CrossRef]

Gagne, ].J.; Thompson, L.; O’Keefe, K.; Kesselheim, A.S. Innovative Research Methods for Studying Treatments for Rare Diseases:
Methodological Review. BM] Br. Med. |. 2014, 349, g6802. [CrossRef]

Kromm, S.K,; Bethell, J.; Kraglund, F; Edwards, S.A.; Laporte, A.; Coyte, P.C.; Ungar, W.J. Characteristics and Quality of Pediatric
Cost-Utility Analyses. Qual. Life Res. 2012, 21, 1315-1325. [CrossRef]

Pickard, A.S.; Knight, S.J. Proxy Evaluation of Health-Related Quality of Life: A Conceptual Framework for Understanding
Multiple Proxy Perspectives. Med. Care 2005, 43, 493-499. [CrossRef] [PubMed]

Prosser, L.A.; Grosse, S.D.; Kemper, A.R.; Tarini, B.A.; Perrin, ].M. Decision Analysis, Economic Evaluation, and Newborn
Screening: Challenges and Opportunities. Genet. Med. 2013, 14, 703-712. [CrossRef] [PubMed]

Grosse, S.D.; Thompson, ].D.; Ding, Y.; Glass, M. The Use of Economic Evaluation to Inform Newborn Screening Policy Decisions:
The Washington State Experience. Milbank Q. 2016, 94, 366-391. [CrossRef] [PubMed]

Carroll, A.E.; Downs, S.M. Comprehensive Cost-Utility Analysis of Newborn Screening Strategies. Pediatrics 2006, 117, S287-S295.
[CrossRef] [PubMed]

Lamsal, R.; Yeh, E.A.; Pullenayegum, E.; Ungar, W.J. A Systematic Review of Methods Used by Pediatric Cost-Utility Analyses to
Include Family Spillover Effects. Pharmacoeconomics 2024, 42, 199-217. [CrossRef] [PubMed]

Bearer, C.F; Roland, D.; Molloy, E.J. Value of Children in Our World. Pediatr. Res. 2022, 92, 1202-1203. [CrossRef]

Pugh, A ; Plater, A.P. Value of Children. In Obo in Childhood Studie; Oxford University Press: Oxford, UK, 2016. [CrossRef]
Albareda, A.; Braun, C.; Fraussen, B. Explaining Why Public Officials Perceive Interest Groups as Influential: On the Role of
Policy Capacities and Policy Insiderness. Policy Sci. 2023, 56, 191-209. [CrossRef]

Jabrayilov, R.; Vermeulen, K.M.; Detzel, P.; Dainelli, L.; van Asselt, A.D.I.; Krabbe, PEM. Valuing Health Status in the First Year of
Life: The Infant Health-Related Quality of Life Instrument. Value Health 2019, 22, 721-727. [CrossRef] [PubMed]

Furlong, W.; Rae, C.; Feeny, D.; Ghotra, S.; Breakey, V.R.; Carter, T.; Pai, N.; Pullenayegum, E.; Xie, F,; Barr, R. Generic Health-
Related Quality of Life Utility Measure for Preschool Children (Health Utilities Preschool): Design, Development, and Properties.
Value Health 2023, 26, 251-260. [CrossRef]

Verstraete, J.; Ramma, L.; Jelsma, J. Validity and Reliability Testing of the Toddler and Infant (TANDI) Health Related Quality of
Life Instrument for Very Young Children. . Patient Rep. Outcomes 2020, 4, 94. [CrossRef]

Verstraete, ].; Lloyd, A.].; Jelsma, ]. Performance of the Toddler and Infant (Tandi) Health-Related Quality of Life Instrument in
3-4-Year-Old Children. Children 2021, 8, 920. [CrossRef] [PubMed]


https://doi.org/10.1186/s43058-022-00295-1
https://www.ncbi.nlm.nih.gov/pubmed/35410434
https://doi.org/10.1016/S2214-109X(18)30386-3
https://www.ncbi.nlm.nih.gov/pubmed/30196093
https://doi.org/10.1186/s12961-018-0362-5
https://doi.org/10.1017/S0266462322000344
https://www.ncbi.nlm.nih.gov/pubmed/35787309
https://doi.org/10.1186/s12962-021-00290-8
https://www.ncbi.nlm.nih.gov/pubmed/34215282
https://doi.org/10.1017/S0266462320000215
https://www.ncbi.nlm.nih.gov/pubmed/32398176
https://doi.org/10.1542/peds.2007-3021
https://www.ncbi.nlm.nih.gov/pubmed/18166575
https://doi.org/10.1186/s13023-020-01639-7
https://doi.org/10.1136/bmj.g6802
https://doi.org/10.1007/s11136-011-0049-7
https://doi.org/10.1097/01.mlr.0000160419.27642.a8
https://www.ncbi.nlm.nih.gov/pubmed/15838415
https://doi.org/10.1038/gim.2012.24
https://www.ncbi.nlm.nih.gov/pubmed/22481131
https://doi.org/10.1111/1468-0009.12196
https://www.ncbi.nlm.nih.gov/pubmed/27265561
https://doi.org/10.1542/peds.2005-2633H
https://www.ncbi.nlm.nih.gov/pubmed/16735255
https://doi.org/10.1007/s40273-023-01331-1
https://www.ncbi.nlm.nih.gov/pubmed/37945777
https://doi.org/10.1038/s41390-021-01609-0
https://doi.org/10.1093/obo/9780199791231-0176
https://doi.org/10.1007/s11077-023-09491-9
https://doi.org/10.1016/j.jval.2018.12.009
https://www.ncbi.nlm.nih.gov/pubmed/31198190
https://doi.org/10.1016/j.jval.2022.07.015
https://doi.org/10.1186/s41687-020-00251-4
https://doi.org/10.3390/children8100920
https://www.ncbi.nlm.nih.gov/pubmed/34682184

Int. |. Neonatal Screen. 2024, 10, 36 11 of 11

23.

24.
25.
26.
27.
28.
29.
30.
31.
32.
33.

34.

35.

36.

Jabrayilov, R.; van Asselt, A.D.I; Vermeulen, K.M.; Volger, S.; Detzel, P; Dainelli, L.; Krabbe, PEM. A Descriptive System for
the Infant Health-Related Quality of Life Instrument (IQI): Measuring Health with a Mobile App. PLoS ONE 2018, 13, e0203276.
[CrossRef] [PubMed]

DiMaggio, PJ.; Powell, W.W. The Iron Cage Revisited: Institutional Isomorphism and Collective Rationality in Organizational
Fields. Am. Sociol. Rev. 1983, 48, 147-160. [CrossRef]

Scott, W.R. Institutions and Organizations: Ideas, Interests, and Identities; SAGE Publications: Thousand Oaks, CA, USA, 2014.
Koelble, T.A. The New Institutionalism in Political Science and Sociology. Comp. Polit. 1995, 27, 231-243. [CrossRef]

Zucker, L.G. The Role of Institutionalization in Cultural Persistence. Am. Sociol. Rev. 1977, 42, 726-743. [CrossRef]

Lawrence, T.; Suddaby, R.O.Y. Institutions and Institutional Work. In Handbook of Organization Studies; SAGE: London, UK, 2006;
Volume 2, pp. 215-254.

Thornton, P.; Ocasio, W. Institutional Logics. In The Sage Handbook of Organizational Institutionalism; SAGE: London, UK, 2008;
ISBN 1412931231.

Friedland, R.; Alford, R. Bringing Society Back. In Symbols, Practices, and Institutional Contradictions; University of Chicago Press:
Chicago, IL, USA, 1991.

Johnson, J.L.; Adkins, D.; Chauvin, S. A Review of the Quality Indicators of Rigor in Qualitative Research. Am. J. Pharm. Educ.
2020, 84, 138-146. [CrossRef] [PubMed]

Schlegl, E.; Ducournau, P.; Ruof, J. Different Weights of the Evidence-Based Medicine Triad in Regulatory, Health Technology
Assessment, and Clinical Decision Making. Pharmaceut. Med. 2017, 31, 213-216. [CrossRef] [PubMed]

deSante-Bertkau, J.; Herbst, L.A. Ethics of Pediatric and Young Adult Medical Decision-Making: Case-Based Discussions
Exploring Consent, Capacity, and Surrogate Decision-Making. Mededportal 2021, 17, 11094. [CrossRef] [PubMed]
Ananthakrishnan, A.; Luz, A.C.G.;KC, S,; Ong, L.; Oh, C.; Isaranuwatchai, W.; Dabak, S.V.; Teerawattananon, Y.; Turner, H.C.
How Can Health Technology Assessment Support Our Response to Public Health Emergencies? Health Res. Policy Syst. 2022,
20, 124. [CrossRef]

Kerasidou, A.; Kerasidou, C. (Xaroula) Data-Driven Research and Healthcare: Public Trust, Data Governance and the NHS. BMC
Med. Ethics 2023, 24, 51. [CrossRef]

Nwebonyi, N.; Silva, S.; de Freitas, C. Public Views About Involvement in Decision-Making on Health Data Sharing, Access, Use
and Reuse: The Importance of Trust in Science and Other Institutions. Front. Public Health 2022, 10, 852971. [CrossRef] [PubMed]

Disclaimer/Publisher’s Note: The statements, opinions and data contained in all publications are solely those of the individual
author(s) and contributor(s) and not of MDPI and/or the editor(s). MDPI and/or the editor(s) disclaim responsibility for any injury to
people or property resulting from any ideas, methods, instructions or products referred to in the content.


https://doi.org/10.1371/journal.pone.0203276
https://www.ncbi.nlm.nih.gov/pubmed/30169510
https://doi.org/10.2307/2095101
https://doi.org/10.2307/422167
https://doi.org/10.2307/2094862
https://doi.org/10.5688/ajpe7120
https://www.ncbi.nlm.nih.gov/pubmed/32292186
https://doi.org/10.1007/s40290-017-0197-3
https://www.ncbi.nlm.nih.gov/pubmed/28824273
https://doi.org/10.15766/mep_2374-8265.11094
https://www.ncbi.nlm.nih.gov/pubmed/33598537
https://doi.org/10.1186/s12961-022-00925-z
https://doi.org/10.1186/s12910-023-00922-z
https://doi.org/10.3389/fpubh.2022.852971
https://www.ncbi.nlm.nih.gov/pubmed/35619806

	Introduction 
	Materials and Methods 
	Design 
	Conceptual Framework 
	Data Collection 
	Data Analysis 
	Validity of Results 
	Ethical Considerations 

	Results 
	Structure 
	Power Relations 
	Interpretive Schemes 

	Discussion 
	Conclusions 
	References

