23

40

41

42

43.

CHERISH
0
0 1
2

4 SMA

(NURTURE)

SMA

ERG

SMA

SMA

[1D1069]
SMA

- 5.58

: 43.71
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- o HINE-2

- > HFMSE WHO
*
NHS PSS
(60 ** 80 )
3.5
44 .45
46 ERG
ERG
ENDEAR CHERISH
HRQoL
47
ENDEAR HINE- CHERISH HFMSE
2
0-13 : ENDEAR 0-15 > CHERISH HFMSE
HINE-2 16 : CHERISH CS2 CS12
14 : ENDEAR HFMSE
CS3A CHOP-INTEND
ENDEAR CHERISH
Gregoretti Zerres Zerres
Haaker Fajuk Bladen Haaker Fajuk
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48

i ENDEAR CHERISH
1
— 4 *
13 4 HFMSE data for 5 cycles, up to
HINE-2 month 15
CHOP- HFMSE
INTEND + HFMSE

+ CHOP-INTEND

13- 14
49 ERG L)
CHOP  INTEND HINE-2
CHOP INTEND
CHOP INTEND HFMSE
> 1
50. ERG )
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51. ERG 2
5~15
52.
SMA
- 4~7 1 SMA 10 2 SMA 90
- 5 6 2 SMA 50 50
53.
1-3 4-7 1-4 5-6
ENDER
Gregoretti | 10% 90% Zerres 50% 50%
Gregoretti | Zerres Zerres
HR-ad] HR-ad]
(HR=5185) | (HR=5185) | HR-adj HR-ad] HR-ad]j
(HR=26.4) | (HR=26.4) | (HR=26.4)
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54. (3)

55. ERG
ERG

-Gregoretti : ENDEAR

-Zerres : CHERISH

SMA

(1.0)
2 SMA (90 )

56.

SMA CHERISH PedsQL
-Khan EQ-5D
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57.

--0.04

SMA

(30.

88

80 :0.92)

Bastida

SMA

8 )

58.
-PedsQL

5~7
2~4

8~12
5~7
PedsQL

13~18
8~12
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EQ-5D
“EQ-5D-Y  EQ-5D

- 8—~18

- 4 7 ,8 18

- - EQ-5D

- - CHU-9D HUI2

59.

ERG ¢))

-ERG

- SMA 10 QALY

-PedsQL 11~15

-Bastida Lloyd EQ-5D

- 3 ERG
-0.24 0.04
-0.12 0.04
-0.17 0.10
-0.04 / 0.39
0.04 0.72
0.52 0.72

/ 0.71
60.
ERG @)
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-ERG

(SMA ) Bastida

Bastida
/
/
61.
212 mg £75, 000
-PAS
- 40 30 30
5 £1, 359
6 17 £1, 295
18 £606
- 0 14 28 63
- 1 30 60 90
ENDEAR MA CHERISH
MA
62.
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- 13 15
1% 43%
20%
10 12
15
63.
SMA Bastida
- SMA
1 SMA 2 SMA 3 SMA
1-3 4-6 7
- 1-4 5, 6
GP
1 11,839
64.
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- SMA QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY )
2,258,852 | 7.86 2,187,311 | 5.37 407,605
71,540 2.49
- SMA, QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY )
2,258,852 | 7.61 2,187,311 |5.44 402,361
71,540 2.17
ICER QALY £408, 712
£404, 270 *
65.
- SMA QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY )
3,148,754 | 16.88 2,964,442 | 2.37 1,252,991
184,312 14.52
- SMA QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY )
3,148,754 | 15.66 2,964,442 | 3.30 898,164
184,312 12.36
ICER QALY £1, 286, 149
£933, 088 *
66.
ICER « )
ICER

119




67.
ICER*
£407, 605

=1.00 £347, 082
=0.00 £872, 267

£417, 355
- Klug £405, 194
£421, 703
PedsQL 2 25
£1, 252, 991
=1.00 £734, 749
=0.00 £2, 324, 278
£1, 371, 100
- Klug £1, 258, 136
68.
12 12
)
ICER
£407, 605
12 £ 398,912
12 £422, 874
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10

10

£421, 445

£442, 838

£387, 628

£1, 393, 262

£1, 276, 308

25

25



ICER

£1, 252, 991
25 £1, 263, 457
25 £1, 712, 437

69. ERG
) 0 4 SMA

@)

€))

)

®)
(©)
Q)
)
©®

ERG )
3)

70. ERG
-ERG

- (Lloyd )
-Bastida

ERG

-ERG

121

)



71. ERG

ERG - SMA QALY
(£ QALY Inc. (£) | Inc.QALY ICER (£QALY
2,264,226 | 4.42 2,192,722 | 5.20 421,303
71,504 -0.78
ERG - SMA, QALY
(€9) QALY Inc. (£) | Inc.QALY ICER (£QALY
2,264,226 | 2.43 2,192,722 | 3.47 631,583
71,504 -1.04
72.ERG -
ERG - SMA QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY
£3,203,766 | 8.53 £3,014,078 | 7.37 £408, 769
£189,688 1.15
ERG - SMA, QALY
(£) | QALY Inc. (£) | Inc.QALY ICER (£QALY
£3,203,766 | 5.12 £3,014,078 | 4.76 £632, 850
£189,688 0.36
73. ERG -
ICER* ICER**
£407, 605 £402, 361
18 £407, 417 £402, 159
2 £407, 417 £402, 159
3 £421, 303 £394, 023
4 Bastida £407, 417 £600, 882
5 ERG - 1+2+3+4 £421, 303 £631, 583
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ICER* ICER**
£1,252,991 £898, 164
18 £1,221,051 £869, 639
2 £1,220,817 £869, 472
3 £408,847 £360, 122
4 Bastida £1,221,051 Dominated
5 ERG :1+2+3+4 £408,769 £632, 850
* o QALY
74. ERG -
ICER* ICER**
* *
ERG 421,303 408,769
6a Bastida 679,469 627,612
6b 366,289 850,597
7 573,922 432,191
8a 5% 450,926 455,934
8b 10% 496,787 552,283
8c 20% 674,945 1,011,268
8d 16,788,055 | 3,465,629
8e 14,994,339
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75. ERG

ICER* ICER**
* *
ERG 631,583 632,850
6a Bastida 1,467,413 1,375,278
6b 515,511 3,231,764
7 750,195 673,128
8a 5% 652,213 699,062
8b 10% 696,405 834,754
8c 20% 904,003 1,459,562
8d 3,831,118
8e 18,436,952
76.
NICE
24 / 9—~13
ENDEAR EFS 22.6
ERG
3.87
ENDEAR: EFS 0S
HRO.53 0.37
3 56
NURTURE:
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ERG

9.12

77.

14

-SMART NET

78.

- SMA
- SMA

- SMA

18

12

NHS

SMN2
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79.

- SMA

ICER

NICE [2019] Nusinersen for treating spinal muscular atrophy. Available from

www.nice.org.uk/guidance/ta588 All rights reserved. Subject to Notice of rights.
NICE guidance is prepared for the National Health Service in England. All NICE

guidance is subject to regular review and may be updated or withdrawn. NICE accepts

no responsibility for the use of its content in this product/publication.
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