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Abstract
Hemophilia is a rare hematological condition and its treatment is the target of therapeutic innovation. 
In the meeting between patient needs, clinician conducts and guidance from the health manager, 
a conflict arises: is the protocol a therapeutic minimum or maximum? Clinical decisions under discussion 
with the allocation of resources lead to the discussion about equity in such limit situations. The method 
of the present study is a comprehensive bioethical analysis of 14 legal decisions about the access to 
hemophilia treatment. Decisions to guarantee access to treatments presuppose ethical link with the 
patient; the clinic retains a dimension of equity by allowing the treatment to be unique and the doses 
provided for in the protocol are suggestions and not limits. From an ethical point of view, these are 
expressions of justice, precaution and consideration of a patient’s interests.
Keywords: Rare diseases. Hemophilia A. Bioethics. Equity.

Resumo
Equidade em situações-limite: acesso ao tratamento para pessoas com hemofilia
Hemofilia é uma condição hematológica rara e seu tratamento é alvo de inovação terapêutica. 
No encontro entre necessidades do paciente, condutas do clínico e orientação do gestor de saúde, 
surge o conflito: o protocolo é um mínimo ou um máximo terapêutico? As decisões clínicas em debate 
com a alocação de recursos levam à discussão sobre equidade nessas situações-limite. O método do 
presente estudo é compreensivo, mediante análise bioética de 14 decisões judiciais acerca do acesso 
ao tratamento de hemofilia. As decisões de garantia de acesso aos tratamentos pressupõem vincula-
ção ética com o paciente; a clínica conserva uma dimensão de equidade ao permitir que o tratamento 
seja singular e as doses previstas em protocolo sejam sugestões e não limites. Do ponto de vista ético, 
estas são expressões de justiça, de precaução e de consideração dos interesses do paciente.
Palavras-chave: Doenças raras. Hemofilia A. Bioética. Equidade.

Resumen
Equidad en situaciones límite: acceso al tratamiento para personas con hemofilia
La hemofilia es un trastorno hematológico raro, cuyo tratamiento es objeto de innovación terapéutica. 
Ante las necesidades del paciente, la conducta del clínico y la orientación del gestor de salud, surge el 
conflicto: ¿el protocolo es un mínimo o un máximo terapéutico? Las decisiones clínicas en debate con la 
asignación de recursos plantean la discusión sobre la equidad en estas situaciones límite. Este estudio 
se basa en el método comprensivo a través de un análisis bioético de 14 decisiones judiciales sobre el 
acceso al tratamiento de la hemofilia. Las decisiones para garantizar el acceso a los tratamientos suponen 
un vínculo ético con el paciente; la clínica mantiene una dimensión de equidad al permitir que el trata-
miento sea único y las dosis previstas en el protocolo sean sugerencias y no límites. Desde el punto de 
vista ético, estas son expresiones de justicia, de precaución y consideración de los intereses del paciente.
Palabras clave: Enfermedades raras. Hemofilia A. Bioética. Equidad.
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Hemophilia is a genetic, chronic, and rare 
condition characterized by an alteration in 
the blood clotting system which generates a 
permanent risk of spontaneous bleeding 1. 
It is treated by clotting factor (CF VIII or CF IX) 
replacement therapy to prevent bleeding and, 
cumulatively, sequelae affecting affected people’s 
daily activities and quality of life 2.

The chance of severe bleeding or bleeding 
in vital organs leads to a permanent need for 
monitoring. As a result, the daily life of people 
with hemophilia (PWH) is characterized by 
the recommendation to comply with certain 
“physical limits” for the sake of their integrity, 
urging the adoption of a set of restrictive body 
techniques, alert strategies (the “aura” of 
hemorrhage), and self-care rituals 3,4.

People with rare diseases such as hemophilia 
report long therapeutic itineraries 5. The journey 
of the illness and the search for health care 
establish, to its wanderers, their own language 
and conduct; lead to expectations about 
the way of life of those who are diagnosed; 
prescribe behaviors; institute specific codes and 
jurisdiction; create communities of peers who 
seek, in the exchange of their feeling-thinking 
and experiences, a good life 6. The life of PWH 
is permeated with family stories of suffering, 
social stigma, and injustice 7,8. Syringes, needles, 
cryoprecipitates, inhibitors, among so many 
technical procedures and artifacts, constitute 
a daily or weekly ritual of clotting factor (CF) 
application to ensure no bleeding 9.

Over recent decades, hemophilia treatment 
has comprised from total blood transfusions 
and CF replacement to the recent possibility of 
gene therapy 10,11. The tendency to incorporate 
therapeutic innovations and changes into 
clinical protocols for the comprehensive health 
care of PWH provides peculiar historical and 
sociotechnical records. That offers the possibility 
of following part of the biotechnological 
revolution in health care and an overview of the 
relation between social movements for the right 
to health and biotechnoscience.

The symbolic aspects of hemophilia – 
its relation with blood – and concrete issues of 
living with this rare hematological condition 
refer to the need to feel-think – coordinate 
reasoning and feelings – the process of becoming 

ill since this is an important and unique aspect 
of human life. Putting reason and emotion into 
interaction can help patients to deal with the 
diagnosis and to process their condition, which 
sometimes implies being in a solitary existential 
place. A feeling-thinking approach can provide 
conditions for patients to be able to give meaning 
to the processes which reconfigure their body, 
produce experiences and memories, modify 
behaviors, and transform social dynamics 12.

Feeling-thinking the diagnosis situates the 
person between their individual perception of 
pain and the alterations in their body – including 
examining the objective determination of the 
nature of the lesion, and its prognosis and 
therapy. This process is permeated by subjective 
and intersubjective apprehensions of the disease 
either by the individual body or by the social 
one, and there are good introductions to the 
subject 12,13. The focus of this article refers to 
hemophilia and rare diseases, a diverse set of 
conditions that have gained prominence due to 
the complexity of the subject 14,15.

In the case of hemophilia, its rarity and 
current models of health care reinforce the 
need to understand how the plurality of organic 
responses, perceptions, thoughts, feelings, 
sensations, and emotions in the spaces of 
interface between caregivers and care affect 
a possible objective description of itineraries. 
Bioethical issues concerning access to hemophilia 
care technologies reinforce the conceptual aspect 
of boundary – it is a boundary object – that can be 
felt-thought. The purpose of this article is to apply 
this conception of feeling-thinking in the analysis 
of equity in limit situations, particularly about 
the issue of singular access to preventive 
drug treatment for PWH.

It is important to understand that prophylactic 
CF replacement is the standard of care for 
PWH 16. According to Ar, Baslar, and Soysal, 
current weight-based fixed-dose prophylaxis 
regimens are effective; however, they lack 
flexibility and generally fail to meet the patients’ 
individual needs and expectations, and recent 
developments in hemophilia treatment provide 
new opportunities for more personalized 
prophylaxis 17. Biotechnological advances have 
enabled the replacement of blood products with 
biological drugs but their incorporation into health 
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systems requires the establishment of standardized 
protocols whose target is the “average patient,” 
a statistical entity derived from epidemiological 
measures of the forms of treatment.

Hemophilia treatments have been provided for 
this “hypothetical average patient,” which enables 
planning and adjustment of the logistics of 
drug procurement/distribution and financial 
management by the health system manager. 
However, in the clinical space, this situation 
is confronted with the logic of individualized 
medication administration.

The customization of treatment responds to 
the direct need of patient, and the estimation 
of per capita medication doses is linked to the 
management logics involved in the relations 
between the State and the market. In this context, 
at least three perspectives interact: patient needs, 
clinician conducts, and guidelines for health 
managers. Thus, a limit situation is created: is the 
protocol a therapeutic maximum or minimum?

Method

Bioethics is ethics of life and health and it 
deals with moral life as it is practiced, not (only) 
as it is theorized 18. As applied ethics, it seeks 
to solve practical problems in the biomedical, 
biotechnological, sanitary, social, and environmental 
fields, in persistent or emerging situations, 
by considering the elements that constitute a 
given conflict and by analyzing the assumptions 
and developments of the decision-making process 
in that situation. Considering that there is much 
discussion in the literature about what would 
be the methodological vocation of bioethics 19-25, 
this research seeks to harmonize assumptions 
of empirical bioethics with currents of thought 
elaborated at the Unesco Chair of Bioethics at the 
University of Brasília (UnB).

There are three dimensions that need to be 
achieved in bioethics research 18:
1. Truthful condition: the research process 

should try to ensure that the ethical issue 
under research is genuine and authentic, 
framed in terms of the way it is lived and 
negotiated in practice by moral agents, 
rather than constructed in an abstract manner 
by a moral theorist;

2. Realistic condition: the research process should 
try to ensure that the analysis is consistent with 
the current circumstances in which the moral 
agents are situated and gives due consideration 
to factors that may constrain or limit the actions 
or choices available to the agents;

3. Pragmatic condition: the research process should 
try to produce conclusions and/or solutions to 
the normative problems that are sufficiently 
respectful and that involve the concerns and 
issues of the interested parties, so they can be 
accepted and implemented.
The methodological approach proposed here 

is socially situated and comprehensive, presenting 
knowledge, elements, perceptions, and assertions 
based on the proximity and experience of the 
felt-thought phenomenon. It is a bioethical analysis 
of situation – not purely casuistic/comparative or 
based on conscientious objections or particular 
moral conflicts 26 –, in which the multi-dimensions of 
the conflict situation are considered, safeguarding 
an effort of harmonization between ontologies, 
epistemologies, and theoretical frameworks 18.

The first step of the process refers to 
identifying the nature of the bioethical issue 
(emerging or persistent 27), that is, the feeling-
thinking observation of the situation that is 
put for analysis. At this point, it is assumed that 
a conflict of interests exists and makes sense, 
that is, that there is a moral conflict that can be 
described and for which there are possible answers 
or propositions (in the case of dilemmas). At this 
stage, it is necessary to describe the context of 
the moral issue raised, verifying reality (complex 
and concrete 28) and available indicators (social, 
sanitary, epidemiological, etc.).

The research process respected the fact that 
discussions in bioethics have an interdisciplinary 
character. Thus, it was established that the 
elements that constitute the ethical issue 
to be investigated are also permeated by this 
characteristic, that is, they are boundary objects. 
The subject chosen in this research was access 
to hemophilia treatment. The descriptors 
related to bioethics are: 1) in a macrobioethical 
dimension: social responsibility and health 
justice; and 2) in a microbioethical dimension: 
vulnerability, justice – as fairness, assuming a 
certain untranslatable dimension of this word, 
which has commonly been understood as equity –, 
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the rule of rescue, and the principle of non-
abandonment. The terms hemophilia, prophylaxis, 
treatment, and bioethics were also searched, in a 
concatenated manner, in English and Portuguese, 
in the MEDLINE and SciELO databases.

This stage has a narrative dimension, in which 
people, groups, institutions, and even objects 
or artifacts that have agency in the world can 
be heard. Manchola-Castillo and Garrafa 29 and 
Manchola Castillo and Solbakk 30 list ways to 
collect the narrative, and Manchola presents the 
perspective adopted in this work:

In several of his works, Nussbaum emphasized 
that narrative elements, at times generated 
by the Socratic method, can enrich moral 
judgment, by producing emotions such as 
empathy and compassion in the agents who 
decide. According to the author, these elements 
can result in richer moral decisions, which take 
into consideration the various nuances that 
stories – unlike simple cases or reports – include, 
namely: settings, times, characters, traditions, 
feelings, values and various principles 31.

To listen to other voices involved in the issue 
of conflicts in access to hemophilia treatment, 
and understanding that this issue involves the 
decision-making process in areas of health which 
transcend clinical practice, it was necessary to 
conduct this research with institutions focused 
on that purpose. Thus, we sought another space 
in which conflict is apparent: the judicial branch. 
Decisions from local and higher courts were 
collected, in an initial analysis of the lawsuits in the 
judicial system (Natjus and website of the National 
Council of Justice - CNJ), from documents available 
on the institutions’ own websites.

Ordinance 725/2018 32 of the State Department 
of Health of the Federal District (SES-DF) can be 
listed as a normative starting point. Jurisprudential 
research was also carried out in the database of 
the Court of Justice of the Federal District and 
Territories (TJDFT) and in the Federal Regional 
Court of the 1st Region (TRF1) – district of the DF –, 
without including the databases of the superior 
courts, using the keywords hemophilia, medicine, 
medication, and supply in Portuguese. Criminal and 
social security issues were excluded.

The second step of the analysis corresponds 
to bringing the possible answers or propositions 

solve the ethical conflict into the scope of feeling-
thinking. Sentipensamento [feeling-thought] is 
a term collected from Colombian folk wisdom 
by sociologist Borda 33 and by Galeano 34, being 
echoed by Santos 35 and Moraes and Torre 36:

In the culture of the Colombian Caribbean, 
and more specifically in the riverside culture 
of the Rio Grande de La Magdalena river, 
which transports its waters to the Atlantic Ocean, 
the turtle-man who knows how to endure to 
face setbacks in life and to overcome them, 
who in adversity withdraws and then returns to 
existence with the same energy as before, is also 
the feeling-thinking man who combines reason 
and love, body and heart, to get rid of all the 
(bad) formations that break this harmony and to 
tell the truth, as described by Eduardo Galeano in 
Livro dos Abraços [Book of Hugs], in honor of the 
fishermen of the Colombian coast 33.

This is, therefore, the feeling-thinking-
acting integration, an embodied cognitive-
emotional process that is in sharp contrast to 
the abstract and “disembodied detachment” of 
Cartesian rationalism. In a way, it is a fortuitous 
convergence between popular wisdom and the 
new perspectives provided by neurosciences, 
showing that different epistemologies, in certain 
circumstances, can coexist and dialogue.

It is about revisiting the narratives and 
exercising understanding as to the nature of the 
arguments of the different agents, paying attention 
to which norms, virtues, principles, and values 
were evoked in the process. Damásio, for example, 
states that we are not thinking machines, we are 
feeling machines that think 37. These thoughts are 
echoed in texts by other authors 30,38,39.

At this stage, symbolic, technical, political, 
economic, historical, and social aspects can 
become vectors of analysis, as they constitute 
the complex and concrete context in which the 
moral conflict takes place. It is possible to evoke 
instruments, regulations, and theories, such as 
the Universal Declaration on Bioethics and Human 
Rights (UDBHR), to help organize a possible 
response to the conflict.

In this process, one should not disregard 
subjective aspects of the conflict which can affect 
those involved, such as feelings of injustice, fear, 
abandonment or non-resignation in relation to the 
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problem, that is, the false reason-feeling duality is 
not assumed. Moral reasoning is always implied 
or situated and involves a balance between moral 
emotions and reason, even though certain schools 
of ethical thought insist on a proposal for the 
exclusive regimentation of reason.

Finally, theoretical elements and arguments 
are sought by means of which the formulated 
ethical decision is justified, in articulation with 
the concrete reality of the world-system, with a 
certain degree of abstract conceptualization and 
active experimentation. That will enable verifying 
whether the ethical evaluations or judgments 
reached are relevant in resolving the conflict.

Development

Limit situation
In 1976, in his opening speech on a world 

congress on hemophilia, hematologist Ilsley 
Ingram stated: The history of hemophilia shows 
the human mind trying to define and cover 
a mysterious and fascinating phenomenon; 
and, also, the human heart, responding to the 
challenge of repeated adversities 40.

These adversities are the limit situations. This is 
a polysemic concept, but some authors provide 
clues as to how it is possible to interrelate it with the 
issue of equity in access to hemophilia treatments. 
Common sense understands it as situations in 
which a person undergoes experiences which are 
different from those resulting from ordinary or 
commonplace situations. According to Berlinguer, 
as pointed out by Garrafa 41, biotechnoscientific 
advances lead to moral issues which are situated 
on the edges, that is, technological innovations 
in the biomedical field (emerging situations) 
challenge certain current conceptions and norms, 
constituting limit situations.

According to Freire 42, such situations refer 
to the historical conditions preventing people 
from having freedom which result in great 
socioeconomic asymmetries. The term limit 
situation has an existential connotation (death, 
suffering, struggle, guilt) stemming from certain 
life circumstances, as pointed out by Thornhill, 
Miron and Jaspers 43. Silva, assuming that, in terms 
of ethical decision, objective and subjective factors 
cannot be completely separated, ponders:

The limit situation is always configured by the 
insufficiency of value, but, again, this insufficiency 
is not intrinsic to the value itself; it appears 
when the dramatic singularity of the situation 
in which the subject is involved leads them to question 
value, and to see that what value represents in terms 
of good does not coincide with the best choice 44.

The author emphasizes that, in terms of ethical 
decision, objective and subjective factors cannot be 
completely separated, and that we cannot choose just 
one of them as the grounds for the options 44, but it is 
necessary to reach a third way, pondering times when 
many lives are worth the sacrifice of a few; there are 
times when the sacrifice of a life is not justified by 
the salvation of many 44. Part of the ethical tension 
involved in the issue in question is related to the 
above: how the singular situation and the limit that 
a PWH lives, when trying to access treatment, 
becomes a conflict of distributive justice and  
puts identified and statistical lives in opposition 45.

Such perspectives can compose the following 
panorama of analysis: PWH can benefit from new 
treatments that have a positive impact on their 
quality of life but there are clinical, ethical, sanitary, 
social, and economic conditions and determinants 
that constitute the complex equation of access to 
the new medication 46. Innovation cycles, resulting 
from biotechnoscientific advances, impose an 
accelerated pace on interactions between health 
professionals, patients, and the drug industry, 
generating expectations of positive effects of 
new drugs, demands for updated protocols and 
pressure on health systems, which need to readjust 
budgets, procurement, and dispensing processes.

In this context, managers tends to consider 
scarcity of resources and utilitarian metrics – cost-
effectiveness, for example 47. Patients require access 
to medication not only to avoid sequelae or not to 
die prematurely, but so they can live with quality 
until the end of a human life with normal duration.

We should highlight the reasons which bring the 
issue of quality of life to this discussion. Hemophilia 
is a genetic-hereditary condition which primarily 
affects males and, as it is a “blood disease” (with all 
the symbols implied in this fact), subject affected 
families to peculiar care dynamics. These dynamics 
are imposed by the “fear of bleeding,” with new 
limits for boys who, in our society, are required to 
play “strong” and/or “daredevil” male roles 48,49.
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Consequently, a silenced limit is established: 
boys with hemophilia “should not” play sports 
and should take care to avoid accidents during 
free play 3. This is a limit that can be circumvented 
by current models of prophylactic treatment, 
which, however, are expensive.

There is an extensive literature on hemophilia, 
with books 50 and manuals 51, and this reflection is 
not focused on thoroughly describing biological 
events or biomedical approaches to the subject. 
By means of feeling-thinking, this text was built 
to discuss a dimension of injustice, which is, 
first of all, lived and felt. In other words, we intend 
to discuss a concrete aspect of the conflict between 
conceptions of justice that can be expressed in the 
following question: do we only seek to compensate 
those who are in a disadvantaged situation or do 
we aim to provide people with the same choices 
or chances, regardless of their status in the 
world-system?

There are currently two modes of CF 
replacement treatment: the first is based on 
demand and the second is prophylactic 50,51. 
On-demand treatment is applied after a bleeding 
episode, whereas prophylactic treatment is 
applied in advance.

It seems obvious that adopting an effective 
prophylactic scheme, using the principle of 
precaution, would be the ethical choice to make. 
Thus, primary prophylaxis is a consensus among 
researchers and organizations in the field of 
hemophilia studies. Moreover, a study involving 
Brazil and Canada, for example, shows as 
its main finding that increasing access to CF 
concentrates for boys with severe hemophilia is 
a global imperative 52.

In Brazil, there was the establishment 
of cl inical  protocols and therapeutic 
guidelines (CPTG) for hemophilia treatment 53. 
These are structured guidelines containing 
the best available evidence (efficacy, safety, 
effectiveness, and cost-effectiveness) for proper 
diagnoses, recommended treatment, available 
medicine in the Unified Health System (SUS), 
and other guidelines to be followed by health 
managers and professionals. The protocol 
enables the assignment of technical standards 
and guidelines to care but we must acknowledge 
that its character is limited (to the summary of 
evidence) and temporally restricted.

In 2007, Manco-Johnson and collaborators 54 
conducted a clinical trial which showed the 
protective effect of prophylaxis, especially on 
joint injuries, a recurrent problem for people 
with hemophilia. However, this implies higher 
costs than the on-demand therapeutic regimen, 
which complicates the entire process of accessing 
the technology. The authors also point out that the 
technological transition – from the use of blood-
derived CF to the use of recombinant factor – 
has provided safety to patients haunted by HIV and 
hepatitis, in the same way that, today, they would 
be haunted by viruses such as those that cause 
covid-19, dengue, zika or chikungunya.

Since 2007, the use of recombinant CF for 
hemophilia treatment has become widespread 
and, in Brazil, its adoption depends on agreements 
between the State and companies in the sector. 
Thus, the Brazilian Ministry of Health, despite 
numerous difficulties, recognized this possibility 
by updating – in development after consultation 
with the community 55 – the clinical protocol 
and therapeutic guidelines for prophylaxis of 
severe hemophilia A 53. However, the PWH 
community already signals demand for long-lasting 
recombinant CF with individualized treatment.

The coexistence of four different generations of 
therapeutic approaches to hemophilia can lead to 
confusion as to the choices available as it establishes 
the need to compare them: the first generation 
(1970s) corresponds to plasma-derived CF; 
the second generation (1990s) corresponds to 
recombinant CF; the third generation (2010s) 
corresponds to long-lasting recombinant CFs; 
and, currently, there is ongoing research with 
gene therapies and molecular approaches which 
are more complex, corresponding to the fourth 
generation. There are variations between them as 
to costs, safety, efficacy, and outcomes 56.

This complex situation must be carefully 
analyzed as it leads to conflict between choices 
(best treatment option) and values (duties or 
consequences), that is, between the options 
for the best treatment or for the best cost-
effectiveness estimate, for example. This type 
of analysis seems to have emerged from the 
myth of the bed of Procrustes or the allegory 
of the bed of Sodom and can be translated as 
follows: must patients adjust to the protocol 
or must the protocol be adjusted to patients? 
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However, this analysis cannot be carried out 
exclusively within a health economics model 
without considering the diversity of other criteria, 
including human rights. The literature has already 
pointed to paths, such as multi-criteria-based 
decision analysis 57.

In the process of translating knowledge, that is, 
in its practical application, clinical researchers 
and managers need to reach consensus on how 
to apply new knowledge and incorporate new 
technologies into health systems. The equation 
for treating hemophilia – even though the goal 
has always been to treat people… – is expressed 
in terms of direct and indirect costs, the burden of 
living with hemophilia (burden of disease), the type 
of technology (blood-derived or recombinant CF), 
and the means of access (demand or prophylaxis in 
their different degrees) 52,58-61.

Having obtained these pieces of information, 
often produced by evidence summarization 
strategies, hematologists organize panels to 
establish goals for the treatment of people with 
hemophilia. In general, the health system manager 
is compelled to convert these goals into protocols, 
from a utilitarian perspective, which optimizes 
resources and standardizes treatments. 
Such standardization assigns per capita IU of CF for 
treatment and estimates per capita treatment costs.

Logically, these calculations are required so as 
to enable the planning of public procurements or 
purchases, which, in turn, need to be provided for in 
a budget. Therefore, a “good manager” is expected 
to prioritize economy and contain costs since there 
are frequent complaints of overpricing by the 
pharmaceutical industry 62. However, once the drug 
pricing rounds have been overcome and an average 
cost per patient and purchase plans have been 
defined, another question arises: are the doses 
provided for in the protocol suggestions or limits?

Systematic reviews and meta-analyses, 
recognized as robust evidence, work with 
estimates (odds ratio, relative risk, homogeneity/
heterogeneity measures, etc.) and, despite being 
necessary technocratic approaches, are based on 
controlled conditions 63. Moreover, these studies, 
which support the formulation of protocols, 
are time-limited and the academic world is not 
stationary. Reviews are retrospective and cover 
specific time intervals. Therefore, from time to 
time it is necessary to revise the reviews.

Another important point refers to the 
outcomes and to the magnitude of the effects 
of treatments described in the protocols. Again, 
it is necessary to observe that randomized clinical 
trials distance the clinician from anecdotal 
evidence, that is, from everyday impressions 
about treatments or conducts, which can 
be biased. However, despite the risk of bias, 
we must consider that the expression of a genetic 
condition or disease has singular aspects, whether 
biological or psychosocial.

According to Greenhalgh, Sackett – one of the 
fathers of Evidence-Based Medicine (EBM) 64 – 
argues that, before putting a patient on treatment 
with a drug, the physician should:

Define the ultimate goal of treatment for this 
patient (cure, prevention of relapse, limitation 
of functional disability, prevention of late 
complications, tranquility, palliative effect, 
symptom relief, etc.);

Select the most appropriate treatment using all 
available evidence (which includes assessing whether 
the patient really needs to take any medication);

Specify the treatment target (how will you know 
when to stop treatment, change its intensity or 
switch to another treatment?) 65.

In another excerpt, Greenhalgh reflects:

Thus, while the original protagonists of EBM 
are sometimes mistakenly presented as having 
crossed out the poor patient from the script, 
they were actually very careful to introduce EBM 
as determined by patient choice (and hence as 
dependent on clinical reasoning). The “best” 
treatment is not necessarily that which has been 
shown to be more effective in randomized clinical 
trials, but rather that which that best fits a given 
set of individual circumstances and aligns with the 
patient’s preferences and priorities 66.

These excerpts allow two considerations: 
1) treatment must always be singular; and, 
consequently, 2) the doses provided for in the 
protocol are suggestions and not limits. Therefore, 
clinicians must manage the best evidence in the 
literature and examine it considering the evidence 
patients show (and clinicians observe) and the 
preferences patients express. From an ethical 
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point of view, these are expressions of justice, 
precaution and consideration of the patient’s 
interests. The therapeutic act is not limited to the 
technocracy of the dose established in the protocol 
but depends on the appropriate formulation of a 
conduct based on the best available evidence 
which indicates the dosage that will meet the 
singularity of the case.

Singular access

The choice of treatment presupposes an ethical 
link with the patient, who accepts treatment as a 
gesture of trust and necessity. Thus, the clinical 
decision retains a dimension of equity, in which 
physicians consider whether they are giving 
all patients what they need to have their health 
restored. A clinical action objectively adduced 
from the protocol will operate with another moral 
vector, that of equality, that is, everyone will 
receive the same treatment.

In this case, the same treatment means the 
denial of the patients’ biopsychosocial singularity, 
without giving any effect to their needs or 
requirements. Acting within an egalitarian 
parameter of justice in this type of situation 
can paradoxically create inequity or increase 
injustice. Thus, patients who need a higher dose 
of medication, for being outside the parameters 
established in the protocol, may find themselves 
unassisted or insufficiently assisted.

To determine whether the justifications shown 
above are consistent with the reality of the limit 
situations for PWH, we searched for the arguments 
presented in judicial decisions (JD) on hemophilia 
treatments at the CNJ, TJDFT, and TRF1 – DF district 
websites. This analysis enabled reflections on 
singular access in limit situations focusing on the 
real conflicts brought to the Brazilian courts.

In total, we found 14 JDs (named JD-1 to JD-14) 
in the Brazilian capital, the focus of this research. 
Data were arranged with the categorization of 
arguments available in these documents (from 
the Government, physician, and magistrates). 
Of this total, 13 were favorable and one was 
unfavorable to drug access, the latter being 
related to a person with severe hemophilia B. 
As a parameter for data organization, we used the 
model of Marques 67 with adaptations. We analyzed 

arguments of representatives of the State, health 
professionals invited to speak, and judges.

The legal discourse on health in this sample 
is based on the principles and guidelines of the 
SUS: universality, equality, comprehensiveness, 
gratuitousness, community participation, 
decentralization, regionalization, and hierarchy of 
health care actions and services 68. In Moreover, 
it shows certain elements of Rawlsian influence 69, 
the same that states that it is obvious that a 
concrete society is rarely well-ordered, since “what 
is fair and what is unfair is usually under dispute 70.

This dispute comprises some people with 
real, ordinary lives in extraordinary situations: 
the experience with a rare disease, imperceptible 
at first glance, but felt by this extended patient 71 
such as the “child of a tender age who needs 
treatment to have a dignified life” (JD01 and JD07).

The reading of the two decisions apparently 
points to a prophylactic demand for treatment in 
these cases. However, there is express consensus 
in all of them from both hematologist specialists 
and the legal staff: the severity of bleeding events 
with the possibility of injuries and sequelae 
compromising health and life.

Biological and human rights arguments are 
repeated in specialist discourses (medical and 
legal) to such an extent that there is an argument 
pattern indicating homogeneity and similarity, 
but which escapes singularity, prevailing the 
limit to the detriment of suggestion. In a general 
view: the State is focused on the cost and 
availability of treatment; health professionals 
are focused on clinical outcomes; and, finally, 
courts are focused on the issue of rights 
guaranteed by the State. The three discourses 
are legitimate but conflicting, and are based on 
different ethical conceptions, which alternate  
between utilitarianism and deontologism.

It is known that today the system of legal 
decisions on health relies on the assistance of 
a technocratic apparatus (Natjus and e-NatJus) 
which, ultimately, must not accommodate a 
limited or caricatured view of evidence-based 
medicine which implies a risk of accentuation of 
certain characteristics of the ethical-normative 
frameworks guiding the positions of the parties 
involved in the conflict. It should be considered 
that the preparation of opinions by health 
professionals will serve as expert evidence in the 
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demands. This means that professionals who issue 
opinions need to have an adequate and critical 
view of the use of evidence. This is an incipient but 
necessary discussion 72.

In the case of hemophilia, treatment aims at 
a hard outcome – preventing bleeding – and it is 
necessary to consider that the condition mainly 
affects boys, who, in Brazil, for cultural reasons, 
like to run outdoors, climb trees, play soccer, 
and practice contact sports – and girls can do 
the same, if they want to. However, boys with 
hemophilia live contained or indirectly limited 
lives by the per capita cost of CF, that is, by the 
limitation of the prescription of rescue doses that 
they must take when they have bleeding episodes 
resulting from the “undisciplined imperative” of 
wanting to play freely, for example.

Thus, they cannot enjoy a full life because 
they have a disadvantage caused by the biological 
lottery – since they did not choose to be born with 
hemophilia – and the social lottery – because they 
did not choose not to have access to effective 
treatments. Nevertheless, they are compensated 
for by treatments that limit bleeding and enable 
them to live, and current protocols establish 
the means and dimensions of the biopolitical 
management of these lives. In a just society, trade-
offs are necessary but perhaps insufficient to 
provide PWH with the same choices or chances, 
regardless of their status in the world-system.

The prophylaxis currently provided for in the 
protocols available in the SUS is at a limit and 
the possible use of blood products is not risk-
free. The availability of second-generation CF,  
which is safer, depends on technology transfer 
or import agreements, whereas the third-
generation CF has high costs but provides gains 
in terms of quality of life.

In lawsuits, in general, access to the second-
generation and third-generation CF is requested due 
to its qualitative effects and gains. Singular access 
to CF, that is, according to individual needs and 
lifestyle, guarantees equal opportunities and the 
exercise of the capabilities described by Nussbaum, 
such as bodily health or playful interactions 73.

Currently, there are 13,000 Brazilians affected 
by hemophilia who can live in relatively good 
quality, provided they receive treatments planned 
according to singular therapeutic protocols, 
in which prophylaxis regimens are implemented 

with individual pharmacokinetic studies being 
carried out and with assessment of the reaction of 
the organism to doses of anticoagulant factor, as 
new studies have shown 74.

Perhaps it is necessary to recall the 
perspective of patient-centered care and the set 
of humanization actions established in the SUS 
to ensure the singularity of care. However, it is 
obviously understood that singular treatment 
cannot be provided to the detriment of the 
treatment of other groups of people, in the same 
way that an individual cannot be deprived or 
abandoned without having received proper care. 
Nevertheless, it should be noted that this is a false 
dilemma or a conflict that can be reconfigured in 
other terms, since it is assumed that, within SUS, 
all care is comprehensive and access is universal.

Financial resources are finite but the ability to 
manage health systems can always be optimized 
to ensure adequate treatment for people. Again, 
we recognize that this is a difficult discussion and must 
be taken seriously. Notwithstanding, the purpose of 
this research is to draw attention to the fact that, 
invariably, a polarization is established between 
providing care to a person with a rare disease or 
disability and the willingness of the State to pay for 
that, which is hidden in (shallow) arguments of the 
type “If I give the expensive medicine X to a person, 
a thousand children will be without vaccines.”

To avoid conflicting perspectives, it is necessary to 
look carefully into the issue of financing treatments 
for rare diseases by conducting, for example, in-depth 
theoretical studies based on UDBHR articles or on 
equity-based approaches 75. In the collected judicial 
decisions, the utilitarian argumentation – with its 
considerations about advantages, disadvantages, 
risks, costs, and outcomes – has been contrasted 
with a model that points to pragmatic solutions 
based on the impact of new drugs on the quality 
of life of PWH, with more Rawlsian characteristics. 
In a country that has a universal health system, 
such as Brazil, but which has persistent inequalities, 
this discussion is necessary and urgent.

Final considerations

The discussion on equity in limit situations of 
singular access to preventive drug treatment for 
PWH has become a constant factor in the courts. 
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This subject is shared with several rare diseases, 
which are the target of pharmaceutical innovations 
based on a logic of personalized and high-cost 
medicine. To (not) conclude, we return to the three 
conditions proposed in the methodology:
1. True condition: we present elements of the 

bioethical issue on the value of a life versus 
the cost of treating a rare genetic condition 
which – in utilitarian conceptions permeating 
the economic conjuncture of public health care – 
is mistakenly framed as the cost of treating one 
versus the cost of treating many. There is the 
possibility of other ethical-political approaches 
to the matter, but there is a practical and 
immediate repercussion, negotiated by moral 
agents in the courts, which has visible effects 
on the conditions of access to limit treatment or 
treatment which ensures quality of life;

2. Realistic condition: the financial resources 
available for the provision of treatments within 
a health care system are finite; withal, this 
same system, if universal and equitable, must 
guarantee equality of opportunity in access. The 
guarantee of “the greatest good for the greatest 
number of people” within the system should 
not mean providing minimum treatment, but 
rather, providing the necessary treatment. 
We can resume the reflection that this system 
should not only provide offsets to those who are 

at a disadvantage but also guarantee the same 
chances to persons regardless of their status;

3. Pragmatic condition: access to (high-cost) 
medicine is a limit situation which implies 
a reflection on the value of statistical lives 
versus the value of identified lives. Thus, it is 
necessary to feel-think about the possible 
responses or propositions to be presented 
based on concrete experience, that is, on the 
regulatory and judicial consequences of the 
process of access to hemophilia treatment, 
seeing this subject as a person who should 
have access to proper treatment which 
ensures quality of life, not just a borderline life. 
The opposition of the access of one versus the 
access of many should not be a moral conflict 
restricted to the physician or the patient but a 
permanent reflective exercise of the manager 
who needs to provide the mechanisms for 
this conflict to be felt less intensely in the 
most sensitive moral space: that of PWH 
care. In a heterogeneous country like Brazil, 
understanding the therapeutic itineraries and 
the costs involved in the lack of access – that is, 
knowing how much it costs for the health 
care system to leave a patient without proper 
treatment – can be one of the mechanisms to 
meet the specific demands of patient groups 
and to mitigate resource allocation conflicts.
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