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An incomplete and poorly conceived report from the controver-
sial Institute for Clinical and Economic Review (ICER) has set its 
sights on a most unbecoming target: infants with a degenerative, 
life-threatening neurological condition. (1)

2QFH�GXEEHG� ³ÀRSS\�EDE\� V\QGURPH�´� VSLQDO�PXVFXODU� DWURSK\�
occurs when a genetic mutation disrupts the body’s supply of 
PRWRU�QHXURQV�������$ႇHFWHG�LQIDQWV�VORZO\�ORVH�PXVFOH�WRQH�DQG�
PRYHPHQW��7KH\�PLVV�PLOHVWRQHV�OLNH�VLWWLQJ�XS�RU�UROOLQJ�RYHU���$V�

their movement and mobility wane, many are bound to strollers or 
wheelchairs. Some require mechanical ventilation to breathe and 
feeding tubes for nutrition as they lose the ability to swallow.

:KLOH�PDQ\�UDUH�GLVHDVHV�KDYH�QR�HႇHFWLYH�WUHDWPHQW��WKH�IDPL-
lies of spinal muscular atrophy patients will soon be fortunate 
enough to have two.  One is FDA approved; the other is in clinical 
trials with FDA review anticipated this spring.

But perhaps two treatment options are too many for ICER.  

In its latest evidence report, the group sets out to determine 
whether the two spinal muscular atrophy treatments are cost-
HႇHFWLYH���$V�ZLWK�PDQ\�RI�,&(5¶V�SUHYLRXV�UHSRUWV��WKH�H[HUFLVH�
is premature. (3)  Neither therapy has long-term data.  Moreover, 
the newer therapy does not yet have a price.  However, that does 
not stop ICER.

ICER concludes that neither the existing therapy, called “nusin-
HUVHQ�´�QRU�D�QHZ�JHQH�WKHUDS\�PHHWV�,&(5¶V�FRVW�HႇHFWLYHQHVV�
WKUHVKROG��������+RZHYHU��,&(5�DOVR�HႇHFWLYHO\�SLWV�WKH�WZR�GUXJV�
against each other, suggesting that the new gene therapy could at 
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OHDVW�EH�PRUH�FRVW�HႇHFWLYH�WKDQ�H[LVWLQJ�WUHDWPHQW�±�LI�LW�DVVXPHV�
the price point concocted by ICER.

Comparing the two drugs is hardly apples to apples.  Even ICER 
admits it is “naïve.” 

7KH�H[LVWLQJ� WUHDWPHQW��QXVLQHUVHQ�� LV�D�SHULRGLF�VSLQDO� LQMHFWLRQ�
that boosts the body’s production of a vital protein.  It has treated 
WKRXVDQGV�RI�SDWLHQWV�VLQFH�¿UVW�DSSURYHG�LQ������

Af3$�PHPEHU�6D¿�6KDUHHI��0'��D�SHGLDWULF�QHXURORJLVW��UHFDOOHG�
seeing a baby girl with spinal muscular atrophy who began treat-
ment with nusinersen.  “Suddenly, she started to meet her mile-
stones. She was starting to sit up, starting to stand up,” Dr. Sha-
reef recalled, calling the progress “miraculous.”

7KH�QHZHU�WUHDWPHQW�LV�D�JHQH�WKHUDS\��D�RQH�WLPH�LQIXVLRQ�WKDW�
replaces the defective gene by inserting an inactivated virus into 
WKH�ERG\���7KH�GDWD�XVHG�E\�,&(5�LV�IURP�WKH�GUXJ¶V�3KDVH�,�FOLQL-
FDO� WULDO�� FRQGXFWHG�RQ����SDWLHQWV��(DUO\� UHVXOWV� VKRZ�SURPLVH��
and the possibility of treatment by a single infusion, as opposed to 
periodic injections, is an attractive possibility.  

+RZHYHU�� QHLWKHU� WKH� GLVHDVH� QRU� LWV� WUHDWPHQW� LV� RQH�VL]H�¿WV�
all.  Many families would welcome a single-infusion treatment, 
'U��6KDUHHI�K\SRWKHVL]HG��WKRXJK�RWKHUV�PD\�FKRRVH�GLႇHUHQWO\��
“Families may elect not to do gene therapy if, for example, their 
child is prone to severe complications from viral illness,” Dr. Sha-
reef explained.  

7KH�GHFLVLRQ�EHWZHHQ�WUHDWPHQWV�ULJKWIXOO\�EHORQJV�WR�D�SDWLHQW¶V�
family and their health care provider.  Families may not have a 
say in the matter if insurers listen to ICER. In the past, the orga-
QL]DWLRQ¶V�¿QGLQJV�KDYH�LQÀXHQFHG�ERWK�0HGLFDLG�DQG�FRPPHUFLDO�
health plan coverage, with CVS Health announcing last year that 
its plan formularies could exclude drugs that did not meet ICER’s 
threshold. (6)

Facing a devastating diagnosis, families of infants with spinal 
muscular atrophy do not need ICER economists streamlining their 
already sparse treatment options.  Moreover, they do not need 
deeply personal medical decisions made for them based on what 
LV�FRVW�HႇHFWLYH�IRU�WKH�V\VWHP���

7KH\�QHHG�RSWLRQV��DQG�WKH\�QHHG�DFFHVV���
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“But several research organizations are 
investigating the use of human milk for 
the health of infants and children – from 
LPSURYLQJ�WKH�H௻FLHQF\�RI�YDFFLQHV�WR�
providing the cellular foundation of new 
medicines.”
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National Coalition for Infant Health Values (SANE)

Safety. Premature infants are born vulnerable. Products, treat-
ments and related public policies should prioritize these fragile 
infants’ safety. 

Access. Budget-driven health care policies should not pre-
clude premature infants’ access to preventative or necessary 
therapies.

Nutrition. Proper nutrition and full access to health care keep 
SUHPDWXUH�LQIDQWV�KHDOWK\�DIWHU�GLVFKDUJH�IURP�WKH�1,&8��

Equality. Prematurity and related vulnerabilities disproportion-
ately impact minority and economically disadvantaged families. 
Restrictions on care and treatment should not worsen inherent 
disparities. 
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