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Marketed siRNA drugs and in clinical trials

Therapeutic name

Condition(s) L

chemistry

Modification JL Delivery system J Target(s)

Sponsor
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OMNPATTRO® (patisiran,
ALN-TTR02)

GIVLAARI™ (givosiran,
ALN-AST)

Lumasiran (ALN-GO1)

Inclisiran (ALN-PCSsc)

TTR-mediated amyloidosis

Acute hepatic porphyrias

Primary hyperoxaluria type 1

Hypercholesterolemia

2'-OMe, 2'-F

PS, 2'-OMe, 2'-F

PS, 2'-OMe, 2'-F

PS, 2-OMe, 2'-F

LNP (DLin-MC3-DMA)

GalNAc—siRNA conjugate

GalNAc-siRNA conjugate

GalNAc—siRNA conjugate

TTR

ALAST

HAO1

PCSKS

Alnylam Pharmaceuticals

Alnylam Pharmaceuticals

Alnylam Pharmaceuticals

Alnylam Pharmaceuticals

Vutrisiran (ALN-
TTRSCO02)

Fitusiran (ALN-AT35C)

Cemdisiran (ALN-CC5)

ALN-AATOZ2
ALN-AGT

ARO-AAT

ARO-HBY

ARO-APOC3

ARO-ANG3

AMG 890

Amyloidosis

Hemophilia

Complement-mediated diseases

Alpha-1 liver disease
Hypertension

Alpha-1 antitrypsin deficiency

Hepatitis B

Hypertriglyceridemia, familial
chylomicronemia

Hypertriglyceridemia

Cardiovascular disease

PS, 2'-OMe, 2'-F

Ps, 2-OMe, 2'-F

PS, 2'-OMe, 2'-F

PS, 2'-OMe, 2'-F

PS, 2'-OMe, 2'-
F. GNA

PS, 2"-OMe, 2'-F,

inverted base

PS, 2'-OMe, 2'F,

inverted base
Ps, 2'-OMe, 2'-F,
inverted base

PS, 2'-OMe, 2'-F,
inverted base

Undisclosed

GalNAc-siRNA conjugate

GalNAc-siRNA conjugate

GalNAc-siRNA conjugate

GalNAc-siRNA conjugate
GalNAc-siRNA conjugate

GalNAc-siRNA conjugate

GalNAc-siRNA conjugate

GalNAc-siRMNA conjugate
GalNAc—siRNA conjugate

GalNAc—siRNA conjugate

TTR

AT

C5

AAT
AGT

AT

HBV gene

ApoC3
ANGPTL3

Lpia)

Alnylam Pharmaceuticals 3

Alnylam Pharmaceuticals 3
partnered with Genzyme

Alnylam Pharmaceuticals 2

Alnylam Pharmaceuticals 1/2
Alnylam Pharmaceuticals 1

Arrowhead 2/3
Pharmaceuticals

Arrowhead partnered
. 1/2
with Janssen

Arrowhead 1
Pharmaceuticals

Arrowhead 1
Pharmaceuticals

Arrowhead 2
Pharmaceuticals
partnered with Amgen

NCT03759379

NCT03549871
NCT03974113
NCT03754790
NCT03417102
NCT03417245

NCT03999840
NCT03841448
NCT03767829

NCT03934307

NCT03946449
NCT03362242
NCT03945292

NCT03365947

NCT03783377

NCT03747224

NCT03626662
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Branching point
Flexible spacer

Terminal
sugar residue

H1-/H2-CRDs

Stalk region
(coiled-coil)

Hepatocyte
cell membrane
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The first and only FDA-approved medicine for the
treatment of adults with acute hepatic porphyria (AHP)
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