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[Abstract] Infantile cholestasis, characterized by impaired bile flow, arises from heterogeneous etiologies
including bile acid dysregulation, biliary maldevelopment, or transporter defects. Recent advances in
molecular mechanisms have led to significant progress in targeted therapies: inhibitors of the ileal bile
acid transporter (IBAT) (e.g., odevixibat) alleviate symptoms in patients with Progressive Familial
Intrahepatic Cholestasis type 2 (PFIC2) by blocking enterohepatic circulation of bile acids; farnesoid X
receptor (FXR) agonists and mRNA—based therapies (e.g., ABCB4—loaded lipid nanoparticles)
demonstrate potential for curative intervention in animal models; and active components of traditional
Chinese medicine (TCM), such as paeoniflorin, mitigate liver injury by modulating the FXR /bile salt
export pump (BSEP) pathway. This review systematically summarizes the pathological mechanisms and
corresponding therapeutic strategies for cholestasis in infants and young children, proposing a
multidimensional framework of "precision diagnosis — targeted intervention — microbiome modulation"
to guide clinical practice and novel drug development.
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