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20 Years of Devotion- Onto a
Better Future

This year marks the 20" anniversary since the Taiwan Rare
Disease and Orphan Drug Act (TRDODA) was enacted. Along
the way, there have been countless ups and downs, from the time
patients had to fight on their own due to the lack of rule of law to this
day when healthcare for people with rare diseases has become one of
the many achievements that Taiwan takes pride in. These regulations
and the benefits they bring just do not come easy. For this reason,
I would like to dedicate this book to every person that supports us
for everything we have been through and achieved, so that we could
witness the birth of this phenomenal Act from its drafting, proposal,

lobbying, amendment to enactment and implementation.

Have been practicing medicine for over 30 years, there is
not a single day that I forget the values stipulated in the Geneva
Declaration: “At the time of being admitted as a member of the
medical profession, I solemnly pledge to consecrate my life to

the service of humanity, and the health of my patient will be my
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first consideration.” Since the first day of my practice in pediatric
genetics, | have seen countless conditions that are difficult to
diagnose or treat effectively. Due to the commitment to humanism
and the values of the medical profession, my fellow geneticists and
I choose to take the high-wire walk, despite all difficulties, with the
shield that guards the patients’ well-being, striving to find different
ways to treat genetic diseases. Back in the day, some conditions
were hard to diagnose in Taiwan, so we tried every means to bring
the patients’ specimens to a foreign country for examination every
time we travel abroad for meetings. It was the only and fastest way
we could give them proper diagnoses and treatments. Bringing back
life-saving drugs and any information that were not available in
Taiwan was also a task for which we went to great lengths. Walking
alone in the seemingly endless night, sometimes we whisper to the
sky, “The parents of people with rare diseases have shouldered the
heavy burden of caring for their children. Can the government really

bear to leave behind these families?”

We believe we make our own destiny, so we may as well take
action, instead of praying to God for help. Upon the foundation of
TFRD in 1999, a focus group was established to draft regulations

N
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and spared no effort to lobby and bring together people that share the
same view. Thanks to the wholehearted dedication and the strength
from the administration authority, legislators, government officials,
social enterprises, health professionals, and countless partners that
fight side by side with us, TRDODA took only 40 days to pass
and went into effect the next year. Since then, people with rare
diseases and their families who used to fight alone finally have the
protection of the laws. To his day, TRDODA has been revised three
times. There are changes made to urge the government to improve
the reporting system for rare diseases cases and facilitate orphan
drug designation as the reference for health insurance payments.
There are also amendments that regulate the acquisition and use
of special formula as well as the provision of nutrition counseling
services, palliative care, and subsidies. As the government fulfills
its legal responsibility, people with are diseases can receive proper
health care and assistance; Taiwan, because of this, has the most
comprehensive framework of laws and regulations in place in the
world when it comes to rare disease. This achievement is also in line
with the goal of “leaving no one behind” proposed in the 69" World
Health Assembly (WHA) in 2016.
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As we mark the 20" anniversary of the foundation of TFRD,
it is an opportunity to review the current policies and regulations
so that they can better meet the needs of people. This book gathers
stories from all walks as an in-depth retrospect of the changes of
TRDODA and the impact it has on people with rare diseases since
its enactment 2 decades ago. It is hoped that these voices can attract
attention from different fields, which in turn, take the regulatory
framework regarding rare diseases, which is already the pride of
Taiwan, to a whole new level that is even more visionary. In this
way, we can continue to support and care for these people and their
family in ways that are systematic and reasonable, as all the efforts
and dedication become the Ark that shields the families and sets sail

for a better future.

Shuan-Pei Lin

Chairman, Taiwan Foundation for Rare Disorders (TFRD)
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Happy 20" birthday to the Taiwan
Rare Disease and Orphan Drug
Act

It’s my honor to write something for this book celebrating the
20™ anniversary of Taiwan’s legislation, the “Taiwan Rare Disease
and Orphan Drug Act”, as well as the support organization the
“Taiwan Foundation for Rare Disorders”. I am genuinely moved
to say that many countries all over the world have enacted orphan
drug legislation, but Taiwan’s law appears superior in many ways

including the United States where it all began in 1983. The American
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law addresses only financial incentives for research and manufacture
of pharmaceuticals and biologics, whereas Taiwan’s law creates a
comprehensive Medical Network for people with rare disorders,
it specifically includes rare disorders in Taiwan National Health
Insurance program (the United States does not yet have a national
health insurance program), provides subsidies for medical costs,
subsidizes the supply of special nutrient foods for patients with
congenital metabolic abnormalities, provides pre-natal diagnosis for
high risk pregnancies, makes genetic counseling centers available

and psychological support services for patients and their families.

Importantly, the Act also provides subsidies in support of rare
disease patient organizations. For 25 years [ was the President and
CEO of the American support organization, “National Organization
for Rare Disorders” (NORD). It was necessary to spend much of
my time fund raising just to keep the organization functioning, time
that would have been better spent talking to patients and families.
Taiwan is wise to help rare disease support organizations provide the

services that families desperately need.

I became involved in this unusual area of public health after
one of my sons was diagnosed with a rare disease. Because I knew

nothing about public health, I had to learn everything including the

o
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political issues affecting all people with rare disorders, wherever
they are. Today my son is almost 50 years old and he is doing well.
But I wish I had better answers for the many people I talk to with
hopeless diseases that have no treatments. I can only advise that our
answers will come from RESEARCH. Research must come from
scientists working mostly in academic laboratories, and when they
find something hopeful they will need a company to scale up the
manufacturing process so appropriate supplies will become available
to patients. Clinical trials are essential for all medical research and
that is when people with the target disease are needed. You cannot sit
back and hope other patients will volunteer. When a disease is rare

every one of us may be called to serve the needs of all of us.

Happy Birthday TFRD, and happy 20" birthday to the Taiwan
Rare Disease and Orphan Drug Act!

Abbey Meyers

Founder, National Organization for Rare Disorders (NORD)
Past President (retired)
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Taiwan Rare Disease and
Orphan Drug Act is a model of
innovative and patient-centered
rare disease policy

The Asia-Pacific Economic Cooperation (APEC) Rare Disease
Network joins TFRD and the Ministry of Health & Welfare to
celebrate the 20" anniversary of the Taiwan Rare Disease and Orphan
Drug Act. The 5" of its kind in the world at the time of promulgation
in 2000, the Taiwan Rare Disease and Orphan Drug Act was and

&
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continues to be a model of innovative and patient-centered rare
disease policy from which all APEC member economies can learn.
The APEC Rare Disease Network thanks Ms. Serena Wu, Dr. Min-
Chieh Tseng, Dr. Shuan-Pei Lin, Ms. Ruth Kuan-Ju Chen, and many
others at TFRD for their commitment to regional cooperation on rare

diseases in the Asia-Pacific region.

Eric Obscherning

Secretariat, APEC LSIF Rare Disease Network (RDN)
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Congratulate the great success
of rare disease policies in Taiwan

On behalf of Asia Pacific Alliance of Rare Disease
Organisations, I would like to congratulate the great success of rare
disease policies in Taiwan and especially for the implementation of
the Taiwan Rare Disease and Orphan Drug Act for 20 years. As a
regional rare disease alliance, we truly understand how supportive
policies and regulations can enhance the experiences and quality
of life for rare disease communities. The Taiwan Foundation for

Rare Disorders (TFRD), founded by Mrs. Serena Wu and Professor
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Min-Chieh Tseng, has been a pioneer in the work of co-creating
and influencing government policies to advance the cause of
rare disease patients. As a partner in the healthcare initiatives of
Taiwan, TFRD forms a critical bridge and a role model for the rare
disease organisations in the Asia Pacific. We at APARDO hope to
partner with TFRD in sharing their success stories and experiences
with younger national and regional rare disease organisations so we
may collectively affect policies for better health outcomes. With
this shared vision and stronger partnerships, we move forwards

with the UN spirit of 'leave no one behind'!

Congratulations to TFRD and may we grow even stronger

together!

Ritu Jain

President, Asia Pacific Alliance
of Rare Diseases Organisation

33‘




2]

FRALE COBFHE

BB BOR RN ok

BRERERRAZE RARABN R - SE a8 RRFEK
RIS - EEGE GEE (FRRmPE Rk EEY)
%) 20 B - B AEIEERNE REREHRE - PR T RS
FrEBURTIE M T LA E 2 B R A VS B E - HPR
AL LN EBERRAN NG EFE RRRESE - —HE
RUFEBEFEOR e =R B mpI/chig - (FhaEs
FROAMEFHT— B BEF ARRES G A AR ZE RR
TRAHAREE ST T B AR A SR A ST - mOREE R A
B EAEEAEE RERESE S0 EEK 2R
16 PRI D = B 18 E AR E S GHIBIAEER - T
i E AR A EOR - BB E R AR T RREEMA /Y
Fet - EmRRESMZEE SRR - B8R aEE |

WEGEFE RRREEE - BB E BRI |

Ritu Jain
BKE R RRERE R



e ()

IJ’

Celebrate the 20" anniversary
of the Taiwan Rare Disease and
Orphan Drug Act

9

ASrid (Advocacy Service for Rare and Intractable Diseases
multi-stakeholders in Japan) sincerely celebrates the 20" anniversary
of the Taiwan Rare Disease and Orphan Drug Act in Taiwan.

Taiwan is a very close country to Japan, and we have been

actively working together in the area of rare disease patient

advocacy. We are very proud of this collaboration.

"
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We completely understand that the approach to the enactment
of the Taiwan Rare Disease and Orphan Drug Act and the history
since then has been a wonderful history of TFRD’s activity.

Although Japan enacted the Outline of Measures against
NANBYO (rare and intractable diseases) in 1972, it took 42 years
for the NANBYO Act to be enacted. We are well aware of the
importance of such lobbying efforts. And we dearly admire TFRD as
a patient advocacy organization for its involvement in this legislation
since its enactment and the benefits it has provided to patients and

families.

We heartily salute Ms. Serena Wu, Prof. Min-Chieh Tseng, Dr.
Shuan-Pei Lin, and Ms. Ruth Kuan-Ju Chen for their leadership
of TFRD over the years. We would also like to express our sincere

wishes for the further development of your organization.

ASrid will continue to work hand-in-hand with the TFRD to

advance the field of rare diseases in Asia.

Yukiko Nishimura

President, NPO ASrid, JAPAN
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What makes the Taiwan Rare
Disease and Orphan Drug Act
Different from Other Orphan
Drug Acts (And the Envy of
Patients Worldwide)?

Chair, Rare Diseases International
President & CEO Canadian Organization for Rare Disorders

Durhane Wong-Rieger

A few years ago, I was on a panel with Yann Le Cam, the
CEO of EURORDIS, and we were asked, “What is the best rare
disease patient organization in the world.” We both responded, with
barely a hesitation, “Taiwan Foundation for Rare Disorders.” It’s
not surprising. Some patient alliances have influenced national rare
disease policies and programs; some organizations are “hands-on”
with their patient community, subsidizing a range of psychological,
welfare and educational services; some organizations facilitate
access to medical services, such as testing, diagnosis and specialty
care; and others have advocated strongly for access to rare disease
treatments. But no other national rare disease organization does

it all, as effectively across all of these domains as the Taiwan



Foundation for Rare Disorders.

So, when asked to comment on the 20" anniversary of Taiwan
Rare Disease and Orphan Drug Act (TRDODA), I found it only
natural to start with TFRD, since there would undoubtedly have
been no Act without the patient group’s advocacy and support. When
passed in 2000, the TRDODA did not receive much international
approbation, following shortly after the European Union’s highly
acclaimed Orphan Drug Act. However, in 2004, the Taiwan Act was
acknowledged as potentially a model for orphan drug legislation for
small countries. Frankly, I contend that this is a gross understatement
since the TRDODA easily constitutes an appropriate template for all
jurisdictions.

Taiwan was technically the fifth country to pass legislation in
support of therapies for rare diseases but unlike its four precedents
(USA, Japan, Australia, and European Union), Taiwan introduced an
Act that was not just about orphan drugs but was first and foremost
about improving the lives of persons with rare diseases.

Taiwan was also unique in moving swiftly from conception
to implementation (four months legislative debate and voila),
although this should not have been surprising given Taiwan’s 1995

implementation of its first National Health System in just one year.
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Indeed, the success of the Rare Disease and Orphan Drug Act can
only be understood against the backdrop of the national health
system which, by design, is universal, comprehensive, simple,
equitable, recognizing of specialized needs, and inclusive of drug

coverage with only nominal out-of-pocket expenses.

Why do we say the TRDODA is perhaps the envy of rare
disease patients worldwide? The Act, in just a few articles, addresses
prevention, education and awareness, specialized care, support for
psychological, social, educational, and financial needs, international
collaboration, research, and provisions for orphan and non-orphan
drugs. Looking back, it was eerily prescient about the need for
policy, infrastructure, and health and social systems to effectively
manage orphan therapies. It was not until 2009 that the European
Union mandated its member nations to develop comprehensive

National Plans for Rare Diseases (over a period of five years).

Perhaps the two most important aspects of the TRDODA are,
first, it has produced significant actions that are mostly collaborative,
feasible, impactful, accessible, and, sustainable, and, second, the
patient organization has remained a valued and indeed an essential
partner. Many of the government services are complemented or

supplemented by those provided through the Foundation. An
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example is the Newborn Screening Program for rare genetic
conditions, which was expanded by the government following
concerted advocacy by TFRD, and access is still subsidized by the
Foundation for aboriginal and low-income families. In support of
families identified through NBS, the TFRD has also stepped in to

increase genetic counseling services and nutritional counselling.

So, what could be next for rare disease in Taiwan? I would like
to offer two suggestions. First, while many thousands of Taiwanese
families living with rare diseases have benefitted from the combined
efforts of the government through the Rare Disease Act and the
Foundation, there is much more that needs to be done, for example,
reduce the time to diagnosis especially for difficult to diagnose
and ultra-rare conditions, improve access to timely comprehensive
care especially for those living beyond major healthcare centres,
and improve availability of essential supportive services such as
wheelchairs, assistive technologies for speaking, hearing, and seeing,
rehabilitation and physical therapy, psychological and mental health
services, and support for carers, including respite and homecare
services. Most importantly, all of these initiatives need to be
continuously advised by the patient community to assure integration

and prioritization of needs.
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Second, as Chair of Rare Diseases International, Vice-Chair
of the Asia Pacific Alliance of Rare Disease Organizations, and
Patient Advisor to the APEC Rare Disease Network, I would urge
Taiwan Health and TFRD to take a more prominent international
role, firstly to share the Rare Disease and Orphan Drug Act and to
facilitate, where feasible, the development and implementation of
rare disease and orphan drug legislation in other countries. Secondly,
Taiwan is ideally situated to foster collaboration across sectors and
countries, for example, in rare disease research, clinical excellence,
medical and psycho-social training, patient registries, and orphan
drug regulatory review and assessment. In a time and climate where
COVID-19 is positioned to drive all healthcare policy and resources
across the globe, Taiwan has emerged as a model of how a country
can manage a pandemic and also maintain services to even very

small patient populations.

On the 20" anniversary of Taiwan’s Rare Disease and Orphan
Drug Act, I congratulate all those involved on what has been
achieved but more importantly I look forward to what is to come in
the next 20 years. I hope that Taiwan will bring the rest of the region

and world along on that journey.
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