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Health Technology Assessment

A multidisciplinary process that 
uses explicit methods to 
determine the value of a health 
technology at different points in 
its lifecycle. The purpose is to 
inform decision-making in 
order to promote an equitable, 
efficient, and high-quality 
health system

 Regulatory Approval HTA / Coverage 
Legal Authority Typically defined in national public health 

legislation with a regulatory body accountable to 
the government in their jurisdiction. In the European 
Union (EU), there are two main routes for 
authorizing medicines: a centralized route and a 
national route. 

Typically defined within the rules and regulations 
of the health care system in which decision are 
made and are accountable to the health care 
system within which they operate. In certain 
circumstances, its role and responsibilities are 
defined in legislation and, as such, the body may 
be accountable to the government. 

Primary Role Market authorization of a product in the relevant 
jurisdiction on the basis of an assessment on safety, 
quality, efficacy, and risk-benefit profile. 

Coverage/reimbursement of a product within a 
particular health care system on the basis of 
assessment on relative effectiveness, costs and in 
some, system affordability, value for money, 
priorities, and values within the system. 

Decision Does the product do more good than harm for 
patients with defined target indication? Should 
this technology be available? 

Does product offer useful, appropriate (and 
affordable) benefits for all or a select subgroup 
of patients in this health care system compared to 
what is most commonly used in the disease 
area? Should we buy this technology at the 
current price? 

Type of 
Evidence 

Safety 
Efficacy 
Quality (i.e. good manufacturing practices) 

Safety 
Relative Effectiveness 
Economics and budgetary impact 
Social, ethical, legal, organizational impact 

 

Tsoi B, Masucci L, Campbell K, et al. (2013) Expert Rev Pharmacoecon Outcomes Res. Aug;13(4):497–511. 
O’Rourke et al. (2020) Int J Technol Assess Health Care. Jun;36(3):187-190.



To be equitable and efficient, HTA requires the participation of all
appropriate interest groups

Regulatory / 
HTA Agencies

Payers Interest
Groups:
Citizens
Patients

Professional 
organizations

Technology
Producers



Check your responses in this 
link or scan the image: 
• https://tinyurl.com/ELSAHTA

Pretraining questions 

Ethical, Legal and Society considerations: 
Hypothesizing further approval in your country, provide 
comments on the following:
1. What kind of information would you like to know in 

advance to support a comprehensive decision? 
2. What ethical and social question/s come to your mind if 

you have to make a reimbursement decision? 

voretigene neparvovec-ryzl works by delivering a normal copy
of the RPE65 gene directly to retinal cells. These retinal cells
then produce the normal protein that converts light to an
electrical signal in the retina to restore patient’s vision loss.
Hence, it should be administered only to patients who have
viable retinal cells as determined by the treating physician.
voretigene neparvovec-ryzl (Luxturna®)* is a novel, single dose 
gene therapy for patients with confirmed biallelic RPE65 
mutation-associated retinal dystrophy. 



Components of HTA within the Healthcare Decision-Making Process

Børlum Kristensen F, Husereau D, Huić M, et al.  (2019) Value Health Jan;22(1):13-20.



Provides approach to organizational, ethical, legal, patient, and 
social analysis

HTA QUESTIONS
(ONTOLOGY)

Questions that an HTA
should answer

METHODOLOGICAL
GUIDANCE

How to answer
the questions

REPORTING
STRUCTURE

How to present
the answers

HTA Core Model

EUnetHTA Joint Action 2, Work Package 8. HTA Core Model ® version 3.0; 2016. http://www.corehta.info/BrowseModel.aspx

http://www.corehta.info/BrowseModel.aspx




What are “Ethics”? 

• set of principles or values to guide conduct, specifically the 
use of health technologies.

• Four principles in particular are usually specified in health 
system decision making: autonomy, non maleficence, 
beneficence, and justice

1. Ethics of professional practice/technology use
• Standards of conduct such confidentiality, doing 

no harm, providing more benefit than harm

2. Ethics of health research
• Standards of conduct such as consent, respect 

for humans, and the health of patients

3. Ethics of HTA
• Process issues of transparency, timeliness, 

accountability
• Outcomes (such as recommendations) that extend 

ethics of professional practice and consider ethical 
principles of justice, benefit, and harm

4. Ethics of Resource Allocation
• Equity
• Equality
• The principle of equal allocation can lead to an inequitable 

distribution of health resources if those resources are 
limited. 

• Equitable distribution seeks to ensure that those who most 
require the health technology can access it.

EUnetHTA Joint Action 2, Work Package 8. HTA Core Model ® version 3.0; 2016
EUPATI ELSI Toolbox, Available: https://toolbox.eupati.eu/resources/ethical-social-and-legal-issues-elsi-in-hta/?print=pdf



Ethical Analysis 

Every HTA process should identify the potential ethical issues:

• The driving forces behind the plan to perform the assessment, including 
the stakeholders and the whole HTA organization

• The morally relevant reasons for performing/not performing an HTA on 
the topic

• The interests of the technology producers

• Possible related technologies that are morally contentious

• The interests of the content expert group should be discussed openly in 
order for the work to be conducted in an objectiveand independent way

• The choice of endpoints in the assessment has to be carefully considered

• The morally relevant issues related to the selection of meta-analyses and 
studies the HTA

• The scope of the HTA and the choice of research methods 

EUnetHTA Joint Action 2, Work Package 8. HTA Core Model ® version 3.0; 2016
Saarni SI, Braunack-Mayer A, Hofmann B, van der Wilt GJ. (2011) Int J Technol Assess Health Care. 
2011;27(4):305-12. 

Ethical analyses may not be transferable as they 
need to consider local context



While HTA in general has a 
societal policy perspective, 
many HTA and 
reimbursement agencies 
advising payers take a 
narrow budget perspective 
on the impact on resource 
use when performing 
economic evaluations.





• A sustainable Multi-stakeholder Approach from 
Research to Treatment - A structured Patient 
Engagement Knowledge Platform for Improved 
Outcomes  

Understanding how, and at which juncture, patients 
can be engaged and facilitating this in a coherent, 
ethical and effective way. 
• This must include collaboration with the regulatory 

environment , payers and the HTA community 

IMI Call – Patient Inspired Knowledge Hub 

Who is the patient? 

Patient Experts, in addition 
to disease-specific 
expertise with some degree 
in technical knowledge. 

The European Patients’ Academy (EUPATI) is a pan-European Innovative Medicines Initiative (IMI) project of 33 organizations 
with partners from patient organizations, universities, not-for-profit organizations, and pharmaceutical companies

Patient advocate expert, in 
addition to disease-specific 
expertise with some degree 
in technical knowledge. 

Adapted from EUPATI & Ryll B. (CC BY-SA) 2018



Patient empowerment to 
patient involvement

• A good HTA process seeks to benefit more patients and 
society regardless the outcome of the assessment. 

• Role of patient in HTA is more than just “not doing bad”:  
Not remain complacent that, if the HTA is done well, the 
resulting policy decisions will benefit patients and society.

• Considering the principles: self-determination, autonomy, 
responsiveness, and ensuring the “voice” of participants is 
at the forefront.



online resources, webinars, monthly teleconferences, and supported attendance at annual
symposia. Patient advocates involved with disease-based patient organisations reported that
some (although not all) HTA agencies dedicate a staff member as contact person or have a
dedicated PPI team. Other approaches reported include: HTA agencies offering guidance
or framework documents (either via e-mail or on the agency’s website), arranged meetings
with patient organisations to provide guidance and information, and facilitating contact be-
tween patient organisations to enable peer support (Table 3).
Formal training was not often provided by HTA agencies to patient organisations, al-

though some patient advocates reported that webinars are provided. Others reported that
training is provided by industry and other (e.g. academic) organisations; training also takes
the form of mentoring amongst the members of the patient organisations themselves.
Patient organisations often do not receive information about the technology under

assessment from the HTA agency itself but, rather, rely on a wide range of other
sources for that information. Those sources include: publicly available data, industry,
participants in clinical trials or clinical trial staff, other members of the patient

Table 2 How are the patient groups identified, in what role are they involved, and when
(at what stage)
Country How does the agency

reach out to patient
groups?

Stage of HTA at which the
patient representatives or
patient groups are
involved?

How are the patient
representatives or patient groups
involved in the HTA?

Scotland (SMC) • Patient group is registered
with the HTA agency, and
notified by the HTA
agency

• Appraisal stage • Provide submission to the agency
•
Participate in meetings of patient
groups, clinicians, agency

England and
Wales (NICE,
AWMSG, rare
diseases)

• Patient group is registered
with the HTA agency, and
notified by the HTA
agency

• At scoping stage,
stakeholders are asked to
recommend patients [or
patient groups

• Through disease registry,
newsletters or social
media

• Scoping stage workshop
• Appraisal stage
• Appeals of
recommendations

• Scientific advice stage

• Provide patient experts who
participate in workshops or
committee meetings

• Provide submission to the agency

The
Netherlands
(ZIN)

• Patient group is registered
with the HTA agency

• HTA agency reaches out
to umbrella groups

• Appraisal stage • Provide submission to the agency
• Provide a statement at public
meetings

Canada (CADTH
CDR and
pCODR)

Patient representatives
Patient groups
• Patient group is registered
with the HTA agency, and
notified by the HTA
agency

HTA agency posts on its
website a call for
submissions by patient
groups

• Unclear answer (when
submission goes to
committee)

• As members of an HTA
committee

• Provide comments on draft
recommendations (patient
groups)

Provide submissions to the agency
(patient groups)

Australia (PBAC,
MSAC)

• No answer provided, learn
from industry

• Appraisal stage • Provide submission to the agency
• Hearings

Taiwan (NHIA,
PBRS)

• Users registered online
• HTA agency posts on its
website a call for
submissions by patients,
groups

• Unclear • Patient representatives attend
committee meetings

• Provide short submission to the
agency

Scott and Wale Research Involvement and Engagement  (2017) 3:2 Page 7 of 17

Current State of Patient Involvement

Scott,  Wale. (2017) Research Involvement and Engagement. 3:2 
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Belgium
INAMI (National Sick and Disability 

insurance)

KCE - Healthcare Knowledge Center

No formal process

Italy

AIFA / AGENAS

No formal HTA organization

HTA fall into the regions

No operational guidelines for patients

Sweden
The Dental and Pharmaceutical 

Benefits Agency, TLV

SBU: Swedish agency for health 
technology assessment and 

assessment of social services

Formal Patient representation



Source: ISPOR – Patient Representatives RoundTable, July 2018, Lima Peru. 
Gilardino R, Mejia A, Guarin D, et al. (2020) Value in health regional issues. 23(c):6–12

Stakeholder Engagement in Latin 
America



Single ANV, Facey KM, Livingstone H, Silva AS. (2019) International Journal of Technology Assessment in Health Care 35, 266–
272. 

SH
TG

Focus groups & 
Interviews for 
patients under 
CWM
Outcomes 
measurement 
New elements for 

value

CA
DT

H

Qualitative synthesis 
for patient with SAS 
interventions
Perspectives from 
Patient, families and 
caregivers
How the 
intervention were 
used and how could 
affect the 
effectiveness 
measure - thus 
provide 
recommendations

CO
N
IT
EC

Public consultations 
and 30,000 
submissions 1/2 
from SUS users. 



Ethical issues and Barriers for patient involvement

• The most motivated patients are likely to
participate in these HTA process.
• Laboral absenteeism 
• Absent or limited renumeration
• Health Literacy capabilities. 

• Most of HTA patient participants tend to 
be of higher socio-economic status than 
the general population. 

• When the most strongly motivated 
participate, ethical issues arise. 
• Coercion
• Selection bias. 

• By ignoring barriers to participation, we 
risk excluding all but the most motivated 
from the knowledge-sharing process.

• Power reasons
• Personal motivation
• Previous relations within health systems
• Advantage of the use of technology

• Patient may participate at their own cost 
and others receive external support.
• Coercion
• Fear of Bias

• Actions to reduce barriers: 
• Remuneration 
• Activities outside of normal working hours
• Attention to the physical and mental needs 

of people who may be sick, in pain, or living 
with functional limitations.

Vanstone, M., Abelson, J., Bidonde, J., et al.  (2019) International Journal of Technology Assessment in Health Care, 35(4), 253-256. 



Legal Aspects 

Issues in the lack of knowledge about 
the diversity of legal issues that are 

relevant for HTA.

HTA and the coverage decision-
making process is interpenetrated by 

law. 
The assessment and appraisal of HTA 

must address several legal issues

• Ethics and law are linked – unethical use 
of technology may be illegal

Legal aspects relevant to HTA relate to responsibility and its legal counterpart, 
liability. 

Widrig D, Tag B. (2014) International Journal of Technology Assessment in Health Care, 30:6, 587–594.



Core Model - Legal Aspects Domain

Topic Issue

Autonomy of the 
patient

What kind of legal requirements are there for providing appropriate 
information to the user or patient and how should this be addressed when 
implementing the technology?

Privacy of the 
patient

Is there a possibility that the use of the technology produces additional 
information that is not directly related to the current care of the patient and 
may violate their right to respect for privacy?

Privacy of the 
patient

What do laws/binding rules require with regard to appropriate measures for 
securing patient data and how should this be addressed when 
implementing the technology?

Authorization and 
safety

What authorizations and register listings does the technology have?

Ownership and 
liability

What should be known about the intellectual property rights and potential 
licensing fees?

Ownership and 
liability

What should be known about the legal or binding rules regarding the width, 
depth, and length of the manufacturers guarantee?

Regulation of the 
market

What kind of regulation exists for the acquisition and use of the technology?

Regulation of the 
market

What legal restrictions are there for marketing the technology to the 
patients?

EUnetHTA Joint Action 2, Work Package 8. HTA Core Model ® version 3.0; 2016. http://www.corehta.info/BrowseModel.aspx

To assist in detecting rules and 
regulations which need to be taken into 
consideration when evaluating the 
implications and consequences of 
implementing a health technology

Aim to to protect the patient’s rights 
and societal interests

The rules and regulations may be a part 
of patient rights legislation, data 
protection legislation, or healthcare 
personnel’s provisions, rights, and 
duties in general

Examples of topics and issues in this domain (HTA Core Model 3.0)

http://www.corehta.info/BrowseModel.aspx


Incorporating ELS perpectives in Value assessment frameworks

• Value frameworks include broader criteria to 
measure the degree of health benefit 
generated by the health technology and 
some measure of efficiency or cost-
effectiveness.

• They incorporate other criteria, such as the 
impact for relevant stakeholders and ethical, 
legal, and social considerations.

• Additionally, the need for more patient 
engagement in the “value” and value 
framework spaces.



Pichon-Riviere A, Garcia-Marti S, Oortwijn W, et al. (2019) International Journal of Technology Assessment in Health Care 35, 64–68.



Twenty-two frameworks, which addressed genetic 
and/or genomic technologies, evaluating analytical 
validity, clinical validity and clinical utility domains. Hoxhaj I, Govaerts L, Simoens S, et. al. (2020) Int. J. Environ. Res. Public Health 17, 8001; doi:10.3390/ijerph17218001

ACCE Model Process for Evaluating Genetic Tests Available at https://www.cdc.gov/genomics/gtesting/acce/index.htm
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Obrigado
Thank you

gilardinoramiro@outlook.com


