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Transplantation

Graft-versus-
host disease 
(GvHD)

MicroRNA-155 (miR-155) Mouse studies suggest inhibiting miR-155 could help 
treat acute GvHD. In mice receiving an allogeneic 
hematopoietic stem cell transplant, a locked 
nucleic acid (LNA) anti-miR-155 decreased acute 
GvHD severity and increased survival compared 
with a control oligonucleotide. Next steps include 
conducting pharmacokinetic and pharmacodynamic 
studies to find the optimal dose of the miRNA as well 
as conducting animal toxicity studies. 
Santaris Pharma A/S’ miravirsen, an LNA-modified 
phosphorothioate antisense oligonucleotide 
targeting miR-122, is in Phase II testing to treat 
HCV. The company has at least 11 other LNA-based 
oligonucleotides in Phase I testing or earlier to treat 
hypercholesterolemia and various cancers.
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