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ew U.S. drug hits the market with controversial starting price of HK$16 million

TXHEHFEES (XEHR) 2019F54
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S ARG (Novari) TR
PHEMEILNZEMAE (SMA > spinal mus-
cular atrophy) > WFEE—UCHERIEE R Zolgensma
AL H A SR T i S IS (FDA) - (Food
and Drug Administration) #EUE BTl 28 & 2125
HRTT (#1,660 BHTT) o BUR R RREEAC IR 7 B 4E
W) o FEFEGFENYE (Donald Trump) AARIA RS
Jo PR A R A A > A YR BE RN BH HH KA > i
TR - A NEEEHENT S G (gatckeep-
ing) A1 o SNRINBITESHBERERSE » RLAERIES]
AZERBEER A - IREHEE 2R A o
fliat ek — B0 ERAE A — A ESMA
17T 55 B 5 4F 49 47 400 45 32 5058 E e > At D9 B A
SMN1 EEF S (defect) > EHNLNEBIGHETT (pa-
ralysis) > HELAVEE) > HIH VUM E > HE AT
(swallow) ERFFIRIMAET: o B AAEH AR A ATSS
Zolgensma > fHA] FEAEIE T HY SMN 1 # SR - HFEF
PEST A REEHE I KU (effectiveness) o A AR T
1 | i 2 SERE & (Biogen Inc) A2 19 SMA ZE4))
Spinraza > Zolgensma PRI - HFG—UCHETEST
ZEYIER] o HATR A ST REMERR 2 A > (HR% B
(Reuters) FI7UBdENEH > ST HBEFRHER) 5 4F -
FDAZIR » Mg —JH[A 36 4% MY J 2 8 i A L Stie
TR IR BB (clinical trial) > BHRKH B KIE
EEEIRES) o W RERE RS AS RS B RN AL ST
HEHE Zolgensma FATRBEEA SMA I LA F 45 >

LG W AR BRI 4 7 o (B FDAFR - BgER
REIER (side effect) RAFEZE (liver enzyme) 7K
S ETHAE: o ECE SRR SN EEE AR - ST AR
A8 g e T A S o

EHERENIFR - B4 0 EM Zolgensma BIIIATE 150
24 SMAJR A » Al T EEE E 7 500 #3T

(%)3,005 B TT) > AREEEBIRIARL LS (cost-effec-
tiveness) ° SEEIESIBF IS [HRIR M A8 RERR A 7T

fr]  (Institute for Clinical and Economic Review) #%
FB AR A R > 120 B 210 57T (K937 8%
1,640 EHT0) A B A IRER o BERAAE BTN
FEIERLETTEET - (H—1212.5 B RITTII& Jr ik
K o [ I T e B DRI o Ay TR AR A
PR (retinal disease) [ Luxturna > R{H 85 &
FI0 (41664 EHETL) - Zolgensma M H N i
w—F% o 2R Spinraza IGHESMA » B2
FE 758300 (#1586 @sot) » HEERFES

358570 (K273 D) -

FEHEERE 0 Zolgensma B —IRPEZEY) » BT
RIAGEHMEEY) > BRSER R o AR
3] (insurer) $ Zolgensma A4 A 52 AR # [
A S AR AR > 425 BT (K
328 HMEIT) o (RUHTAEMERL > wh 2 & B T
Sr#IE (refund) o whHEIRFHF Zolgensma %
AR R H A SRR A BT o

CEERA HH)  (Wall Street Journal) 43
MrhlidE > AdEHE 2022 4F > Zolgensma S EHH

oG 71834-115-01
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ZOLGENSMA :

Rx ONLY
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HE Q0 ZETL (K 1571iT) -

The Swiss drugmaker
> Novartis won the approval

of the U.S. Food and

Drug Administration  re-

cently for its gene therapy Zolgensma
to treat spinal muscular atrophy
(SMA) , and priced the one-time
treatment at a record $2.125 million
(approximately HK $16.6 million) ,
becoming the most expensive drug in
the world. It was considered as a viola-
tion of the U.S. president Donald
Trump's previous pledge to deal with

the problem of high drug prices, mak-

ing people question the effectiveness of

gatekeeping of his administration. On
the other hand, people were worried
that the medical system of various plac-

es might not be able to bear the high

al public.

SMA affects about one in every
10,000 live births and about 400 ba-
bies in the U.S. suffer from such dis-
ease cach year. It is caused by the de-
fects in the SMNI1 gene in the babies
and it often leads to paralysis, swallow-
ing or breathing difficulty and even
death. If babies with defective gene
are injected with Zolgensma shortly af-
ter birth, a normal copy of the SMNI
gene would be produced, but the treat-
ment needs to be delivered as soon as
possible to achieve maximum effective-
ness. Zolgensma is different from the
Biogen Inc's Spinraza as it adopts a
gene therapy and is a one-time treat-
ment only. Whether such medicine

can produce long-lasting effects is still

only about five years.

The FDA said it approved Zolgens-
ma based on clinical trials involving 36
patients aged 2 weeks to 8 months, of
which the patients treated with the
medicine showed significant improve-
ment in mobility such as head control
and ability to sit up. Therefore, the au-
thority approved Zolgensma for chil-
dren under the age of two with SMA,
including those not yet showing symp-
toms. The most common side effects
of the new drug are elevated liver en-
zymes and vomiting, so it was request-
ed by the FDA to show a label warn-
ing that acute serious liver injury can
occur.

Novartis said it has so far treated

more than 150 patients with Zolgens-

(approximately HK $39.05

to achieve cost-effectiveness.

million
million)
The Institute for Clinical and Econom-
ic Review, an independent research
group in the U.S., believed that Novar-
tis’ estimate was too high and setting
the prices ranging from $1.2 million to
$2.1 million  (approximately HK
$9.37 million to HK $16.4 million)

would be more reasonable. Although
the final cost of $2.125 million was set
at a level lower than Novartis expect-
ed, it had provoked a public outcry.
At present, the most expensive gene
therapy in the market is Luxturna that
treats inherited retinal diseases and
costs  $850,000

$6.64 million) , yet, Zolgensma is

(approximately HK

even sold at double the price of Lux-

el

costs of introducing such gene therapy,

making it difficult to benefit the gener-

unknown but the Reuters quoted data

proving that its durability extends to

ma, and estimated that the price of

the new medicine should be set at $5

turna. While for the treatment of Spin-

raza, it costs $750,000 (approximate-
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ly HK $5.86 million)
year and  $350,000
HK$2.73 million)
Novartis believed that the overall
this
should be cheaper than those expen-

for the initial
(approximately
annually thereafter.
costs  for one-time  treatment
sive long-term treatments, saying that
it was working closely with health in-
surers to include the new drug into
their standardized coverage terms and
to create 5-year agreements of install-
ment payments with $425,000
proximately HK $3.28 million)

(ap-
per
year, and refunds would be offered if
the treatment does not work. The drug-
maker is expecting approval from Eu-
rope and Japan later this year. Ana-
lysts of the Wall Street Journal forecast-
ed that the sales of Zolgensma would
reach $2 billion
HKS$15.7 billion)

(approximately

by 2022.
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