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1. Introduction

In May 2018, five Chinese national agencies jointly 
published China's First National List of Rare Diseases, 
which included 121 diseases (1). This is the first time 
that rare diseases have been clearly delineated by the 
Chinese Government at the national level (2). Several 
policies on rare diseases in China have been promulgated 
since the list was issued. As the government and society 
pay greater attention to rare diseases, industry has 
begun to turn its attention to patients with rare diseases. 
However, Chinese patients with rare disease still face 
many difficulties, including the low level of diagnosis 
and treatment and limited access to orphan drugs (3). 
In addition to treatment and economic difficulties, 
one serious problem - lack of social support - is often 
overlooked (4,5).

2. Rare disease patient organizations and their 
function

A patient organization is a non-profit organization 
created by patients with a certain disease or family 
members to represent and advocate for the overall 
interests of patients, to integrate resources from different 
stakeholders, and to provide services to the patients 
or their family (6). Rare disease patient organizations 
need to be established to provide social support due to 
the low prevalence of those diseases, the small number 
of patients, the lack of medical care, the psychological 
pressure on patients and their families, and the intense 
sense of loneliness. 
 Rare disease patient organizations originated in the 
US since the 1980s and then emerged in Europe and 
Japan (7). In addition to the functions mentioned earlier, 
rare disease patient organizations play an increasingly 
important role in research on rare diseases and orphan 
drugs, including enrollment in registries, helping to fund 
research, and participating in clinical trials (8).

3.  The development of  rare disease patient 
organizations in China
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The development of rare disease patient organizations 
in China can be roughly divided into three stages:
 Early Days (2000-2005) In around 2000, Chinese 
patients with rare diseases and their families began to 
assemble and organize a series of charitable activities 
such as medical aid, public education, and policy 
advocacy. Chinese patients with hemophilia have taken 
the lead in establishing a platform for communication 
and mutual assistance through the Internet, thus 
opening the way for the development of rare disease 
patient organization in China.
 On the  R i se  (2006-2010)  The  Chongqing 
Hemophilia Rehabilitation Association was established 
in 2006, becoming the first patient organization 
registered in civil affairs bureau of China (7). In 
2008, the China-Dolls Care and Support Association 
(the predecessor of the China-Dolls Center for Rare 
Disorders, or CCRD) was created by patients with 
osteogenesis imperfecta. The first special fund for 
patients with rare diseases in China, the Dolls Care and 
Support Fund, was set up by the CCRD under the China 
Social Welfare Foundation (9).
 Further Development (since 2011) In 2011, the 
CCRD held a "Meeting on Capacity-building for 
Rare Disease Patient Organizations". The meeting 
focused on how to establish a standardized NGO and 
the creation of a platform for a rare disease network. 
Representatives from patient organizations representing 
18 rare diseases jointly launched the "China Rare 
Disease Network." This meeting made many patients 
with rare diseases aware of the need to establish patient 
organizations, thereby facilitating the establishment of 
more rare disease patient organizations.
 In 2013, the Chinese Organization for Rare 
Disorders (CORD), was formally established to 
create a platform, support the patient community, 
educate the public, research policy, and cooperate 
with international counterparts. The CORD has made 
important contributions to the development of Chinese 
rare disease patient organizations.

4. Challenges faced by rare disease patient 
organizations in China

Although rare disease patient organizations have 
developed for several years, there are still quite a 
number of problems:
 Small number and dispersion of power There are 
currently about 80 rare disease patient organizations 
in China (10), but this number is far from enough 
compared to the number of rare diseases and patients. 
Although several preliminary networks of rare 
disease patient organizations have been created, these 
organizations remain weak due to different rates of 
development and a lack of strong cooperation or 
integration (11).
 Low level of organizational specialization Most 

patient organizations have a low level of development 
and structure. The leader or head of the organization is 
a patient or family member. Most organizations are not 
registered. Most have no full-time staff, no fixed office, 
no consistent source of funding, and no standardized 
processes or systems. 
 Lack of organizational stability Almost all patient 
organizations are created and managed by patients and 
their families. Accordingly, the leader's health will 
greatly affect the organization's work and development. 
If a leader is ill or feels pressured by family, financial, 
or other reasons, the sustainability of the organization's 
operations will be affected.
 Limited social influence and limited ability to access 
social resources Rare disease patient organizations are 
a new entrant among NGOs in China. Public concern 
is extremely limited. In addition, the public lacks 
sufficient understanding of rare diseases. As a result, 
social resources are neither allocated effectively nor 
efficiently, seriously impairing resource allocation.

4. Suggestions

Continued publicity The urgency of establishing rare 
disease patient organizations should be publicized. 
Public education on rare diseases should be continuously 
provided to attract attention from more groups.
 Policy support The Government should actively 
provide more support at all levels to help patient 
organizations to develop. Patients and patient 
organizations should be empowered by certain policies, 
e.g. simplifying the registration process, increasing 
financial subsidies, and reducing taxes.
 Team building The current members of patient 
organizations in China should receive more medical 
education as well as training in management skills 
to run those organizations more efficiently and 
sustainably. The quantity of members should be 
increased along with their quality. Organizations should 
recruit professionals with different backgrounds in 
medicine or NGO management to serve as external 
committees or consultants.
 Communication and cooperation Organizations 
for patients with rare diseases should form alliances 
and build collaborative networks to the extent 
possible. This will help them to communicate and 
cooperate and will help expand educating the public, 
promoting policies, and securing resources. Patient 
organizations can also rely on some well-functioning 
charity organizations to conduct campaigns and secure 
resources. Patient organizations also need to further 
cooperate with research institutions and pharmaceutical 
companies to jointly promote research related to rare 
diseases. Moreover, communicating with foreign rare 
disease patient organizations is a way to join relevant 
collaborative networks and learn from their experience 
with organizational management.
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