Supplement 2 Rationale given by the FDA upon accelerated approval and prior regulatory designations for oncology
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Rationale given by the FDA upon accelerated approval n ( % )

"Superior efficacy/safety over existing therapy" 26 ( 17) 13( 50) 8( 31) 14( 54) 17 ( 65) 21( 81)

"Favorable benefit-risk profiles" 60 ( 38) 45( 75) 14( 23) 24( 40) 40 ( 67) 44( 73)

"Acceptable benefit-risk profiles" 19 ( 12) 15( 79) 10( 53) 9( 47) 13 ( 68) 17( 89)

"Efficacy/safety concern for regular approval" 13 ( 8.3) 6( 46) 3( 23) 0( 0.0) 5 ( 38) 8( 62)

Unspecified 39 ( 25) 26( 67) 5( 13) 9( 23) 12 ( 31) 21( 54)

Total 157 (100) 105( 67) 40( 25) 56( 36) 87 ( 55) 111( 71)

Regulatory designation prior to accelerated approval

i) Orphan Drug ii) Fast Track

iii) Breakthrough

Therapy
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												Regulatory designation prior to accelerated approval

		Rationale given by the FDA upon accelerated approval		n		(		%		)		i) Orphan Drug								ii) Fast Track								iii) Breakthrough Therapy								iv) Priority Review								at least one of ii)-iv)

		"Superior efficacy/safety over existing therapy"		26		(		17		)		13		(		50		)		8		(		31		)		14		(		54		)		17		(		65		)		21		(		81		)

		"Favorable benefit-risk profiles"		60		(		38		)		45		(		75		)		14		(		23		)		24		(		40		)		40		(		67		)		44		(		73		)

		"Acceptable benefit-risk profiles"		19		(		12		)		15		(		79		)		10		(		53		)		9		(		47		)		13		(		68		)		17		(		89		)

		"Efficacy/safety concern for regular approval"		13		(		8.3		)		6		(		46		)		3		(		23		)		0		(		0.0		)		5		(		38		)		8		(		62		)

		Unspecified		39		(		25		)		26		(		67		)		5		(		13		)		9		(		23		)		12		(		31		)		21		(		54		)

		Total		157		(		100		)		105		(		67		)		40		(		25		)		56		(		36		)		87		(		55		)		111		(		71		)








