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DMD> hypertriglyceridemia> SMA> ALS

Dyslipidaemia> hATTR amyloidosis> AHP > hyperoxaluria
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Novartis antisense cytomegalovirus 1998 Fomivirsen (Vitraven) 1
oligonucleotide (CMV) retinitis
Genzyme antisense hoFH, 2003 Mipomersen (Kynamro) 2
oligonucleotide homozygous familial
hypercholesterolemia
Eyetech/Pfizer first aptameric nucleic age-related macular 2004 Macugen Pegaptanib | 3
acid drug degeneration (AMD)
Human Stem Cells Institute plasmid encoding Peripheral vascular 2011 | Neovasculgen(Cambiogenplasmid) 4
VGEF | disease; limb ischemia
lonis/Biogen antisense SMA 2016 (nusinersen) spinraza 5
oligonucleotide
Sarepta Therapeutics antisense Duchenne muscular 2016 Eteplirsen (exondys 51) 6
oligonucleotide dystrophy
(DMD)
AIM ImmunoTech mismatched, double- Chronic fatigue 2016 Ampligen(rintatolimod ) 7
stranded RNA molecule syndrome
Alnylam lipid hATTR amyloidosis 2018 Patisiran (Onpattro) 8
nanoparticle/siRNA
lonis antisense polyneuropathy 2018 Inotersen (Tegsedi) 9
Pharmaceuticals/Akcea/PTC oligonucleotide associated with
hereditary
transthyretin
amyloidosis
lonis/Akcea/PTC antisense hypertriglyceridemia 2019 Volanesorsen (Waylivra) | 11
oligonucleotide
Sarepta Therapeutics antisense Duchenne muscular 2019 Golodirsen (Vyondys 53) | 12
oligonucleotide dystrophy
(DMD)
Alnylam GalNAc-SiRNA acute hepatic 2019 GIVLAARI (givosiran) | 13
porphyria (AHP)
Alnylam GalNAc-SiRNA primary hATTR 2020 OXLUMO (lumasiran) | 14
amyloidosis type 1
NS Pharma morpholino antisense Duchenne muscular 2020 Viltepso(viltolarsen) | 15
oligonucleotide dystrophy
(DMD)
Sarepta Therapeutics morpholino antisense Duchenne muscular 2021 AMONDYS 45 (casimersen) | 16
oligonucleotide dystrophy
(DMD)
Alnylam SIRNA primary 2021 (inclisiran) leqvio | 17
hypercholesterolaemia
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or mixed
dyslipidaemia
Orphatec cyclic pyranopterin | Molybdenum cofactor 2021 Nulibry(fosdenopterin) | 18
monophosphate deficiency
Alnylam GalNAc-SiRNA hATTR amyloidosis, 2022 AMVUTTRA (vutrisiran) | 19
Biogene antisense amyotrophic lateral 2023 QALSODY (tofersen) | 20
oligonucleotide sclerosis (ALS)-
SOD1-ALS
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