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Abstract 
Objective: To describe our personal experience of the potential of a rare disease patient organization for fostering patient 
autonomy and creating a space for the practice of power sharing between physicians and patients. 
Methods: Using self-reflection and personal autobiographical experience while drawing on the conceptual framework of 
patient-centredness, we critically reflect on and formulate lessons from our experiences as a patient/researcher and 
physician/researcher active in a rare disease patient organization for hereditary angioedema established in Japan in 2013. 
Results: We identified multiple ways in which patient advocacy meetings shifted the patient-physician relationship to one of 
sharing power and responsibility. Appearing without his or her symbolic white coat, the physician is transformed into a 
person. In the context of shared group activities, the patient emerges as a person and one who is increasingly an informed 
and informing actor. 
Conclusion: A dedicated rare disease patient organization has the potential to function as a catalyst for moving from a 
paternalistic to a power-sharing model of the patient-physician relationship. It can act as a transformative resource for all key 
actors. 
Practice implications: The patient organization potentially reduces formal barriers and allows for the practice of effective 
patient-physician interactions, even in a cultural setting where paternalism generally shapes relationships. This can build 
social capital for both patient and physician. 
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Introduction 
 
In advanced care settings, there has been a shift from a 
paternalistic model of patient-physician communication 
toward a pluralistic one which, according to Taylor (2009), 
‘attempts to democratize decision-making, share 
understanding and empower individuals’ [1-3]. This shift is 
supported by evidence that sharing power and 
responsibility leads to increased satisfaction with the 
consultation process, improved disease outcomes and 
greater treatment adherence [4-7]. 

The value of a patient-centered approach has been 
recognized in Japan [8-14]. Nevertheless, in practice, the 
patient-physician relationship continues to be characterized 
by paternalistic and diminished patient autonomy [9]. 
Patients may resist attempts to establish a pluralistic model, 
expecting ‘doctors not only to have professional 
competence, but also to accept responsibility for the 
patient’s welfare’ [10]. This places ‘an unfair burden on 
doctors’ [7]. Barriers to implementing a pluralistic model 
arise from the cultural context and specific institutional 
settings [8,9]. 

A paternalistic approach may be particularly 
problematic in the rare disease setting, limiting the capacity 
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of patient and physician to create the optimum environment 
to maximize healthcare outcomes [15,16]. Richards et al. 
have used a ‘co-creating health’ framework [17], indicating 
that patients and their organizations need clear views about 
their role in this process. 

Rare disease patient organizations are active partners in 
some settings. They have worked with healthcare and 
medical research professionals to shape research agenda to 
develop new treatments and to enhance understanding of 
different conditions. The involvement of rare disease 
organizations is ‘considered to be critical because patients 
and their carers possess different kinds of knowledge of 
their conditions from that of professionals’ [18]. 

Hereditary Angioedema (HAE) is a rare and potentially 
life-threatening condition that affects approximately 1 
person in 10,000 to 50,000 [19]. It is caused by C1-
inhibitor deficiency or poor functioning. Diagnostic delay 
is a major issue for rare disease patients [15,19]. HAE 
patients in Japan experience ‘an unacceptably long delay 
between onset of symptoms and accurate diagnosis and in 
the meantime patients suffer many inappropriate 
treatments’ [21]. Current treatment practices in Japan do 
not sufficiently reflect international guideline consensus 
regarding on-demand treatment and home therapy, 
prophylactic care nor the creation of individualized 
management plans for patients [19,21,22]. Patients who 
lack reliable and speedy access to treatment are exposed to 
an elevated risk of life-threatening episodes [23,24]. To 
address some of these issues, we established a dedicated 
HAE patient organization in November 2013, which is now 
active nationally and internationally. We are two of ten 
founding members [25]. 

In this paper, we share our initial vision of the need to 
create a patient organization for HAE, our experiences in 
establishing and promoting this organization and our 
observations of the organization’s transformative potential. 
We report the organization’s practical achievements, such 
as the fostering of patient autonomy and the creation of 
spaces for the practice of power sharing between 
physicians and patients [19]. This has implications for 
relationships between patients and other actors involved in 
healthcare delivery [20]. Additionally, we present our 
perceptions of the need for this kind of patient organization 
in the Japanese rare disease environment and conceptualize 
how the organization was established and the key actors 
identified. Moreover, we share our observations of how 
involvement in the organization affects the roles and 
understanding of patients and physicians and distils basic 
principles from our experience. 
 
 

Methods 
 
Drawing on the conceptual framework of patient-
centeredness, we critically reflect on and formulate lessons 
from our experiences as a patient/researcher and 
physician/researcher active in the rare disease patient 
organization for HAE. Taking a case study approach, one 
of us (Yamamoto) reflects on the organization from the 
position of patient/researcher. Yamamoto initiated the 
movement to found the organization and worked with 

international partners in other national organizations and 
the umbrella international organization to understand the 
processes involved. Yamamoto has been the elected 
president since the organization was formed and has 
overseen its transition to a registered non-profit 
organization. She is also on the executive committee of the 
international umbrella organization. Kitano adds her 
insights from the position of physician/researcher. She is a 
practicing paediatrician working in the public health field. 
Her ongoing research relationship with Yamamoto brought 
her into the HAE patient organization as a founding 
member. Kitano has experience in a patient organization in 
another disease area. 

We use this experiential basis to formulate lessons 
about the dynamics of patient-physician relationships in a 
Japanese patient advocacy space. The organization has 
achieved a degree of success in working on the basis of a 
pluralistic model. To clarify our observations, we reviewed 
the international scientific literature on patient 
empowerment, autonomy, patient education, rare disease 
patient organizations and patient-physician relationships. 

From these activities, we were able to identify the 
process by which patients and physicians in the 
organization came to work together on the basis of equal 
partnership. In our analysis, we use the conceptual 
framework of patient-centeredness developed by Mead and 
Bower [1]. No ethical approval was necessary for the 
current study. 
 
 
Results 
 
The organization and its achievements 
 
Our case study rare disease patient organization comprises 
patients, caregivers and physicians as the core team 
working together to address challenges in the current 
context. Pharmaceutical companies involved in the 
development and delivery of HAE treatments are key 
supporters. Activities include awareness raising through 
media campaigns and YouTube video content [26]; inviting 
speakers (patients and physicians from Japan and overseas) 
to talk about HAE and its treatment; less formal 
information sharing (social networking tools enhance this 
role); knowledge creation (formal and informal) through 
Q&A sessions, newsletters, web content and advocacy to 
improve the treatment environment and emotional support. 
With product neutrality a non-negotiable condition, 
industry representatives have not only provided financial 
but also in-kind support to enhance the organization’s 
reach through well-targeted media campaigns to raise 
awareness of the condition (particularly among general 
physicians) and to conduct research on patient-reported 
outcomes. Linking up with the international umbrella 
organization, we have also invited leading overseas 
physician/researchers and patient advocates to speak at 
patient-focused meetings and at research meetings aimed at 
treating physicians. For many physicians, it was novel to 
attend a research meeting convened by a patient 
organization. 
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Figure 1 The conceptual framework of patient-centredness based on Mead and Bower (2000). A 
power shift occurs in the patient-physician relationship through activities in a patient advocacy 
organization 
 

 
 
                    (Based on Mead and Bower, 2000:1104) 
 
The socializing impact of the organization 
 
Our observations suggest that regular meetings provide an 
inclusive and welcoming space for patients, family 
members and friends, physicians (experts and local 
providers) and other healthcare providers (HCPs). Through 
planned activities, learning takes place between HCPs with 
different expertise levels, between patients with different 
expertise levels and between patients and HCPs. For 
patients, attending a meeting for the first time involves a 
risk of public disclosure of their condition. Many patients 
had never spoken to anyone else with the same condition 
outside their immediate family. Within the safe space 
created by the organization, patients and their families gain 
confidence and find new ways of framing their 
experiences. Many have shifted from hiding their condition 
to being willing to disclose to others that they have a 
hereditary disease, especially if this is to help improve the 
treatment environment or raise awareness to ensure early 
diagnosis. The YouTube video noted above evidences this 
very well [26]. 
 
Practice in the construction of equal 
partnership 
 
Through the shared identification of priorities, agenda- and 
goal-setting and mutual decision-making concerning 
strategy implementation, key actors are provided with a 

space to practice power and responsibility sharing. The 
patient organization provides a space for the development 
of relatively equal patient-physician and patient-patient 
relationships, something harder to do in a clinical setting. 

Most importantly, we note that physicians are able to 
interact with patients who are not their patients in a setting 
where power dynamics are less rigid and more open to 
negotiation. The patient is able to interact with a physician 
who is a person unencumbered by his/her symbolic white 
coat [1]. At the same time, the patient interacts with peers 
living with the same condition, whether as a patient or 
caregiver. Meetings occur outside the consultation room 
and at a time when acute attack treatment is not needed and 
contractual obligations are muted. (Figure 1). 
 
Participant-centric knowledge generation 
and accumulation 
 
Our discussions evidence that HAE, as a broad spectrum 
disease, varies greatly in its symptoms, signs and treatment 
effectiveness, both between patients and across each 
patient’s life-course. Therefore, to create optimal 
individualized management plans, both patients and 
physicians need to be considered experts in a relationship 
that effectively implements a benevolent and reflective 
practice of trial and error (see Figure 1). 

As a rare disease, most treating physicians have contact 
with very few HAE patients in the hospital setting. These 
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encounters are often constrained, especially by time (see 
Figure 1). In the group meetings physicians have an 
opportunity to meet patients with a variety of symptoms 
and signs who may be responding to treatments in different 
ways. Physicians listen to patients talking about their 
understanding of HAE, their experience of living with it 
and their concerns and desires. At the same time, the 
patient hears the opinions not only of a doctor who is not 
his or her treating doctor, but also the opinions of other 
patients and caregivers. Through regular talks by 
physicians and patients, the shared body of knowledge 
grows. 
 
 
Discussion  
 
We have observed multiple benefits for key actors in the 
patient organization and the transformative potential of its 
activities. Feedback has come from both informal 
conversations and post-event evaluations. Here we discuss 
the benefits of the organization. 
 In terms of capacity building and advocacy, the 
organization provides a space in which participants 
increase their capacity as individuals and as a group 
working in the rare disease advocacy environment. There is 
shared identification of priorities, agenda- and goal-setting 
and implementation strategies that draw on actors’ 
respective strengths [27]. Collaborative partnerships help to 
support goals that not only benefit the group, but also have 
an impact in the wider rare disease environment. Examples 
of collaborative activities include holding shared scientific 
meetings for the main actors, facilitating dialogue about 
current treatment guidelines to reflect a patient-centered 
approach and working toward the establishment of a 
patient-oriented registry to generate data [28,29]. 

When considering the rare disease patient organization 
as a catalyst for key actor interactions, we have illustrated 
the potential of one rare disease patient organization to 
create an enabling space in which shared power and 
responsibility among the main actors is both imagined and 
practiced. We have suggested that a patient organization 
can act as a catalyst for moving from a paternalistic to a 
pluralistic model of the patient-physician relationship. In 
such a setting, the patient gains autonomy. 

There are several practical implications of our work. 
Although this case-oriented study has limitations (e.g., 
small sample size, narrative methodology), we suggest that 
the patient organization can provide a space for patients to 
interact with physicians in a less constrained way, 
especially important in a relatively paternalistic setting. 
This offers the possibility of creative interactions from 
which new insights are gained and taken-for-granted 
understandings can be questioned [27,30,31]. With a 
patient-centered structure, the organization becomes a hub 
for information for the main actors. It acts as a catalyst for 
key stakeholder interactions and brings about 
transformation. 
 
 
 

Conclusion 
 
A patient-centered organization can reduce formal barriers 
and permit effective patient-physician interactions, even in 
a paternalistic cultural setting. It can be viewed as a 
resource for generating new knowledge and social capital, 
which may translate directly or indirectly into improved 
patient quality of life and lower disease burden [31,32]. 
 
 
Acknowledgements and Conflicts of 
Interest 
 
We are grateful to the dedication of the board and regular 
members of HAE Japan and recognize the inspiration of 
other HAE specific organizations internationally, 
especially HAE international, HAE America and HAE UK. 
We thank Thomas Laage MD MPH and Diane Williams 
PhD from Edanz Group (www.edanzediting.com/ac) for 
their editorial work and invaluable feedback on earlier 
drafts of the manuscript. BY has received consultancy fees, 
travel and accommodation support for participation in 
conferences and meetings and fees for educational 
presentations from Shire Pharmaceuticals, CSL Behring 
and BioCyrst Pharmaceuticals. She is the president of the 
patient organization in this study, which has been partly 
supported by donations from Shire, CSL Behring and 
BioCyrst. NK is a founding member of the patient 
organization, which is partially supported by industry 
donations. Professor Yamamoto and Dr. Kitano 
contributed equally to this paper. The authors declare no 
conflicts of interest. 
 
 
References 
 
[1] Mead, N. & Bower, P. (2000). Patient-centredness: a 
conceptual framework and review of the empirical 
literature. Social Science & Medicine 51, 1087-1110. 
[2] Neuhauser, D. (2003). The coming third health care 
revolution: personal empowerment. Quality Management 
in Health Care 12, 171-184. 
[3] Taylor, K. (2009). Paternalism, participation and 
partnership - The evolution of patient centredness in the 
consultation. Patient Education and Counseling 74, 150-
155. 
[4] Stewart, M., Brown, J.B., Weston, W.W., McWhinney, 
I.R., McWilliam, C.L. & Freeman, T.R. (1995). Patient-
centered medicine: Transforming the clinical method. 
London: Sage Publications. 
[5] Stewart, M.A. (1995). Effective physician-patient 
communication and health outcomes: a review. Canadian 
Medical Association Journal 152, 1423-1433.  
[6] Little, P., Everitt, H., Williamson, I., Warner, G., 
Moore, M., Gould, C., Ferrier, K. & Payne, S. (2001). 
Observational study of effect of patient centredness and 
positive approach on outcomes of general practice 
consultations. British Medical Journal 323 (7318) 908-
911. 

http://www.edanzediting.com/ac)


Yamamoto & Kitano 
 

A rare disease patient organization for hereditary angioedema in 
Japan 

 

592 

[7] Goodyear-Smith, F. & Buetow, S. (2001). Power issues 
in the doctor-patient relationship. Health Care Analysis 9, 
449-462.  
[8] Morikawa, I. (1994). Patients’ rights in Japan: progress 
and resistance. Kennedy Institute of Ethics Journal 4, 337-
343. 
[9] Ishiwata, R. & Sakai, A. (1994). The physician-patient 
relationship and medical ethics in Japan. Cambridge 
Quarterly of Healthcare Ethics 3, 60-66. 
[10] Takayama, T., Yamazaki, Y. & Katsumata, N. (2001). 
Relationship between outpatients’ perceptions of 
physicians’ communication styles and patients’ anxiety 
levels in Japanese oncology setting. Social Science & 
Medicine 53, 1335-1350. 
[11] Ishikawa, H. & Yamazaki, Y. (2005). How applicable 
are Western models of patient-physician relationship in 
Asia?: Changing patient-physician relationship in 
contemporary Japan. International Journal of Japanese 
Sociology 14, 84-93. 
[12] Ishikawa, H., Hashimoto, H., Roter, D.L., Yamazaki, 
Y., Takayama, T. & Yano, E. (2005). Patient contribution 
to the medical dialogue and perceived patient-
centeredness. An observational study in Japanese geriatric 
consultations. Journal of General Internal Medicine 20, 
906-910. 
[13] Yonemoto, S. (1997). AIDS policy in Japan: 
integration within structured paternalism. Journal of 
Acquired Immune Deficiency Syndromes and Human 
Retrovirology 14, S17-S21. 
[14] Ishikawa, H., Yano, E., Fujimori, S., Kinoshita, M., 
Yamanouchi, T., Yoshikawa, M., Yamazaki, Y. & 
Teramoto, T. (2009). Patient health literacy and patient-
physician information exchange during a visit. Family 
Practice 26 (6) 517-523. 
[15] Schieppati, A., Henter, J-I., Daina, E. & Aperia, A. 
(2008). Why rare diseases are an important medical and 
social issue. Lancet 371, 2039-2041. 
[16] Aymé, S., Kole, A. & Groft, S. (2008). Empowerment 
of patients: lessons from the rare diseases community. 
Lancet 371, 2048-2051. 
[17] Richards, T., Snow, R. & Schroter, S. (2016). Co-
creating health: more than a dream. British Medical 
Journal 354, i4550. 
[18] Mikami, K. & Sturdy, S. (2017). Patient organization 
involvement and the challenge of securing access to 
treatments for rare diseases: report of a policy engagement 
workshop. Research Involvement and Engagement 3, 14-
26. 
[19] Craig, T., Aygören-Pürsün, E., Bork, K., Bowen, T., 
Boysen, H., Farkas, H. et al. (2012). WAO guideline for 
the management of hereditary angioedema. World Allergy 
Organization Journal 5 (12) 182-199. 
[20] Ohsawa, I., Honda, D., Nagamachi, S., Hisada, A., 
Shimamoto, M., Inoshita, H., Mano, S. & Tomino, Y. 
(2015). Clinical manifestations, diagnosis, and treatment of 
hereditary angioedema: survey data from 94 physicians in 
Japan. Annals of Allergy, Asthma & Immunology 114 (6) 
492-498. 
[21] Zuraw, B.L., Banerji, A., Bernstein, J.A., Busse, P.J., 
Christiansen, S.C., Davis-Lorton, M., Frank, M.M., Li, 
H.H. Lumry, W.R., Riedi, M. & US Hereditary 
Angioedema Association Medical Advisory Board. (2013). 

US Hereditary Angioedema Association Medical Advisory 
Board 2013 recommendations for the management of 
hereditary angioedema due to C1 inhibitor deficiency. 
Journal of Allergy and Clinical Immunology. In Practice 1 
(5) 458-467. 
[22] Bork, K., Hardt, J. & Witzke, G. (2012). Fatal 
laryngeal attacks and mortality in hereditary angioedema 
due to C1-INH deficiency. Journal of Allergy and Clinical 
Immunology 130, 692-697. 
[23] Shibuya, M., Takahashi, N., Yabe, M., Iwamoto, K. & 
Hide, M. (2014). Hereditary angioedema as the cause of 
death from asphyxia: postmortem computed tomography 
study. Allergology International 63, 493-494.  
[24] HAE Japan. http://haej.org/. Accessed 22 Jan 2018. 
[25] Nundy, S. & Oswald, J. (2014). Relationship-centered 
care: a new paradigm for population health management. 
Healthcare 2 (4) 216-219. 
[26] HAEDAY2017 in JAPAN English subtitle. 
https://www.youtube.com/watch?v=k8cXivcUVOo. 
Accessed 22 Jan 2018. 
[27] de Wit, M., Kirwan, J.R., Tugwell, P., Beaton, D., 
Boers, M., Brooks, P., et al. (2017). Successful stepwise 
development of patient research partnership: 14 years’ 
experience of actions and consequences in Outcome 
Measures in Rheumatology (OMERACT). The Patient 10 
(2) 141-152. 
[28] National Organization for Rare Disorders (NORD). 
(2013). Leading patient organizations establish partnership 
to improve the lives of tens of millions of rare disease 
patients in Japan and the U.S. Available at: 
https://www.prnewswire.com/news-releases/leading-
patient-organizations-establish-partnership-to-improve-the-
lives-of-tens-of-millions-of-rare-disease-patients-in-japan-
and-the-us-188826911.html. Accessed 22 Jan 2018. 
[29] Wong-Rieger, D., Claxton, W., Vines, R., Padilla, C., 
Tsang, K.P. & Hickinbotham, L. (2015). An Asia Pacific 
alliance for rare disease. The Patient 8, 11-17. 
[30] Chu, L.F., Utengen, A., Kadry, B., Kucharski, S.E., 
Campos, H., Crockett, J., Dawson, N. & Clauson, K.A. 
(2016). “Nothing about us without us” - patient partnership 
in medical conferences. British Medical Journal 354, 
i3883. 
[31] Rowland, P. & Kumagai, A.K. (2017). Dilemmas of 
representation: patient engagement in health professions 
education. Academic Medicine 93 (6) 869-873. 
[32] Amirav, I., Vandall-Walker, V., Rasiah, J. & 
Saunders, L. (2017). Patient and researcher engagement in 
health research: a parent’s perspective. Pediatrics 140, 
e20164127. 
 
 
 
 
 
 
 
 
 
 
 
 

http://haej.org/
https://www.prnewswire.com/news-releases/leading-patient-organizations-establish-partnership-to-improve-the-lives-of-tens-of-millions-of-rare-disease-patients-in-japan-and-the-us-188826911.html
https://www.prnewswire.com/news-releases/leading-patient-organizations-establish-partnership-to-improve-the-lives-of-tens-of-millions-of-rare-disease-patients-in-japan-and-the-us-188826911.html
https://www.prnewswire.com/news-releases/leading-patient-organizations-establish-partnership-to-improve-the-lives-of-tens-of-millions-of-rare-disease-patients-in-japan-and-the-us-188826911.html
https://www.prnewswire.com/news-releases/leading-patient-organizations-establish-partnership-to-improve-the-lives-of-tens-of-millions-of-rare-disease-patients-in-japan-and-the-us-188826911.html

