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The 7" GHD International Symposium

Governmenfnitiativefor Rare DiseaseManagement

in Asia PacificRegion

mDate : Dec 01%, 2022 09:00~18:00 / Dec 02, 2022 09:00~13:00
mPlace : Sansoo Hall (B1), Grand Hyatt Seoul

mHost : Dept. of Global Health and Development, Hanyang University
m Support : Boehringer Ingelheim, ksan City, IRIC PNU, NRF
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Dr. Yuen / Dr. Aflah / Dr. Lee(Taiwan) / Dr. Baral / Dr. Koju
16:00 - 16:20 Break Time
16:20 - 17:20 __ Dession IV
Dr. Accinelli / Dr. Kim / Dr. Gyanwali
17:20 - 18:00 Discussion & Closing
08:30 - 08:50 Registration
08:50 - 09:00 Opening
| 09:00 - 10:30 SR Y
Dr. Phua / Dr. Liu / Dr. Wieland
27 10:30 - 10:50 Break Time
10:50 - 11:20 hestlon. Y1
Dr. Han
11:20 - 12:00 Wrap Up & Closing
12:00 - 13:30 Lunch
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Challenges of National
Health Insurance Benefits
for Rare Diseases in Taiwan

- . i .

1 - -

Director General, National Health Insurance Administration
Professor of Surgery, National Cheng Kung University

@ » Education

- 1971-1979 Doctor of Medicine, Taipei Medical
College

« 2005-2008 Master of Laws, National Cheng Kung
University

» Professional Experiences

- 2011-2020 Chairperson of the Board, Taiwan
Organ Regisiry and Sharing Center

« 2012-2016.05 Superintendent, Tainan
Hospital, Ministry of Health and Welfare

« 2008-2011 President , Transplantation
Society of Talwan

« 2001- Professor, Medical College of the
National Cheng Kung University

Email:
pochang@nhi.gov.tw

Qutline

= Overview of rare diseases in Taiwan
= National health insurance care for rare diseases
= Benefit evaluation using real-world data

= Challenges facing Taiwan's national health
insurance

Overview of Rare
Diseases in Taiwan

Rare Disease Legislation

I

Taiwan is the 5% cauntry warldwide to enact rare
disease legislation and is the 1**to combine rare
disease treatment and orphan drug laws into one act

1883
—

1998
=

1993 1999

Taiwan
b Dt st crp g At

Australia

R———

European Union
flmin. sy
i

@ The Rare Disease and Orphan Drug Act

Provide early diagnosis of Assist patient access to rare
disease medical products and life

sustaining special nutritional foods

e —

Strengthen cars of patients with rare
diseases

rare diseases
1

revent rare diseases

The Rare Disease

and Orphan
Drug Act

Promote and ensure supply,
manufacturing and R&0 of
medical products and foods

Inter-Agency Cooperation

g

Ministry of Health and
Welfare (MoHW)

T
-
D Food and Drug

National Health i Health
Insurancs " and o Promotion
e o FDA  administration *  Administration

« Medical imb nt. -0 dr «REDand Wit

Macken “""“p:‘_.,‘"';“” _En';zzu e mans "3 + Hare issace prevention

- Rase disease catasto) - .

e mgn:“’:ﬂ ‘winiticns foodesparial + Frevention work subsidy
+ Capaymertfree medical care al apsl ‘

National Health Insurance (NHI)

Care for Rare Diseases
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@ NHI Characteristics @ Affordable and High Quality Healthcare in Taiwan
i e Y4 Affordabili i
{ \ B a Vo . 4 \ ty versus quality of healthcare ood accessibility
Coverage Administration Financing ﬁ'fs'f; Iz —
Compulsory Single-payer system Premiums e 3 aﬂ:rd-b:;_ [ I
enroliment for all run by the £ S heare
citizens (23 million) government H l ]
| and legal residents |
\ 2nd g . I\ J
= ~ ~ - Comprehensive
Providers | Payment | Privileges population coverage
93.03% of healthcare Plural pay P —
providers contracted programs under the and co-payment Na‘l‘lonal data
with NHI global budget payment walvers for the pansiva, ) : collection systems
N | 8 | disadvantaged J l':':;:c-;.": | S e
g
High Public Satisfaction @ Rare Disease:
Pt o Special Fund Creation/Expedited Drug Approval/Home Nu
- L Since 2012, patients with = ram dissass lsted by e MoHW == = catastrophic illmess
- ar= sxempt from NHI copayment
w
N Since 2005, special funding has been allocated and designated for rare diseases
= % Second Generation NHI My Health Bank
- Premium & Gopayment Adjusted HHI MediCloud Dn.lgsfnr rare dizeases, 2z designated by the Rars Dissase and Orohan Drug Review
M 3 4 w'v ‘ can bs consi for raimbs rt by the NHIA prior £ licensing
=
182169 +Rare diseaze patients with amyotrophic lateral sclerosis (ALS), congenital muscular
= 1412515008 dystraphy. spinal muscular atrophy (SMA), ar Pampe disease are eligible for home
" 8184 73 ventilator care
136 16 ~Since June 2022, home hospice care eligibility includes rare disease or other life-
o limited patients
R R R A g
+Satisfied -=Dissatisfied 11 12
® 12,524 Rare Disease Patients ® Conti 4l i Soecial Fund Budaet
: : ontnued Increase in eclal run u €
Registered for Catastrophic lliness P 9
Annual no. of rare disease patients Rare disease’s drug expense special fund budget in recent years
‘;‘QW‘“ lEgIE[eI’Ed for nataslroplnc iliness Special fund utilization:
- 12524 122a1 n”L_'“P'“ sclarosis ) -p;i(sing drug costs for existing rare disease patients B
- WUpto P T ne;pmmsmhsuar ataxia : Frfli Q.i rr‘e;rfn:;:ssm:‘n;n e;:;n:ung orphan drugs ey
s o [ER Tuerous sclorosis complax " o
o : W wisson's disease o / 0.28
10500 10,202 . - 024
S nnmymmphmrlalamj sclerosis (ALS) 556 . 023 023
= Il charcot- Maria-Tooth diseasa 431 20 013
- EB» crondroplasia 414 H
asmo Il spinal muscular atrophy (SMA) s
8000 o
7.0
7000 — o
= - = - " 217 2018 2013 2020 202 2022
Pagistered petent number M Budget Global Budget in 3 balion USD
Lo wom o s et
Diein source- NHIA Regishy for Calesbophic liness Prfiens [saoessed ; regisiered pafient number excudes cases of desth and cancelled mgisimiion 1 14
@ Real-World Data of Pompe Disease Treatment
According to literature of infantile Pompe disease, only 2% of untreated patients
survive to 18 months; from Taiwan's real-world data, 97% of patients treated with
Myozyme survive to 18-months.
. . Infantile MNon-infantile
Benefit Evaluation e e i
discoverad by Dr. Median surviial  [median not reached) 180 mo.
. Yuan-Tsong Chen
U sin Rea I _WO rld Data e sudvelimo) 6 12 18 24 30 3 42 48 S0 60
g Academiz Sinica Infantile
B Myozyme PompeDisese  99% §7% 7% 97% 97% 97% 2% 91% 91% 9l%
reimbursed from n=Th
2005 Non-inantile
u HNewbom Pompelisense  100% 9% 9% 7% 96% 96% 96% 95% W% 04%
scre=ning for 72
Pomps disesse
from 2008
15
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T s
H Real-World Data of SMA Treatment (1) CHD Real-World Data of SMA Treatment (2)
SMA patients treated with Musinersen showed motor function improvement, and all
50, 5 c - patients survived. Data support that NHI reimbursement has been applied to the patient
12/ 20:“ SMA Patient Reg IS'tI'y group with the most potential for therapeutic benefit. Expansion of reimbursement scope
L ]
I 1 T

will be evaluated to further reduce patients’ financial burden.
 Basic patient data

Treatment info
Results of each

o

o A Improvement in motor function
clinical evaluation
* Gacontinsaton Measre 0 Basslinescore | (angefrom

« Reimbursement

Nusinersen Reimbursement
Reimbursed ‘expansion?
e

baseline in score
pricritized for:

Registry system site

INTEND T 6Ess
= Disease onset and ame -
diagnasis within 12 = HINE-2 H
months of birth

« Treatrms
prior to age 7 yrs

HFMSE 21

RULM 2

¥ INTEND: GHEars Hisgesl o Pisciphs
Hammscsmth i Nouram:scudar Examinaior

Hammarsmit: Fusctional Mokcr Sca Expanded
ALLM Rovisa Lippar Lt Modkso

@ One-Time High-Priced Gene Therapy
Drugs (not yet reimbursed)

« Treat Spinal Muscular Atrophy
zo.gensmae = Vector containing the cDNA of the human SMN gene,

C ha I I e n g es Fa c I ng (Onasemnogene that product that expresses the human survival motor
neuron (SMN) protein
Ta i a nl S N atiO n a I abePal’VO‘leC) = Price: about 2 million USD per dose

Health Insurance

Luxturna® Treat Leber congenital amaurosis

. « Treat children and adult patients with an inherited
(Voretlgene form of vision loss that may result in blindness
I‘lepal’vovec) « Price: about 0.32 million USD per dose

O Sharing Taiwan’ s Experiences with the

the Challenges ort

Facing the Challenges of
Health Care System in

Taiwan
+ Few clinical trials + Expensive o
« Lack of long- + Huge budget Taking Patient’s Best Digital Health
- . 4 Interest as the First i i
term efficacy impact y Priority for Medical C_. Ic ”:'Tal !V‘Vh?n
data . Treatment i
L 4 ¥ ]

How long Drug prices

? ool 5
Safety? effect justified? By L

Open Access Purchase Now

THANK YOU FOR YOUR ATTENTION
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Sharing Taiwan’ s Experiences with the
World!

Digital Health
Care in Taiwan

Innovations of National Health Insurance
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