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CRISPR-based targeted gene insertion for haemophilia B is investigational
What You Need to Kn ow and the efficacy and safety has not been evaluated by any regulatory authority

Investigational CRISPR-Based Targeted Gene Insertion for Haemophilia B...

... builds on a strong foundation of genetic research that continues to
grow and is being investigated in pre-clinical studies and clinical trials?®

Deeper Dive

...currently can only be given once. Today, the viral vectors used in  [f treatment is not successful,
treatment can only be introduced to the body once, because the body’s patients can discuss with their

immune response may prevent them from being delivered again* healthcare practitioners about safely
returning to their previous treatment

routine or other treatment options

. i : that do not use AAVs*5%
...targets liver cells (non-reproductive cells) so the therapeutic

gene and its effects are not aimed to be passed down to offspring*®

Deeper Dive

CRISPR-based targeted gene
...is hoping for paediatric use*s insertion may be suitable for
paediatric use, because
translational research suggests
that the treatment is durable even

. . . . ; v
...aims to be a lifelong treatment, after a single dose for as the liver continues to grow*

haemophilia B without the need for routine factor replacement therapy*®>242¢
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