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Description automatically generated]Amicus Therapeutics gave the first interim update of AT-GTX-502 in CLN3 Batten disease. No treatment related adverse events were seen (n=4). In the low-dose cohort (n=3), a +0,07 mean yearly rate of change in the Unified Batten Disease Rating Scale was seen compared to +2,86 in a historical control group. Click here for more info.





AVROBIO showed biomarker data of AVR-RD-01 in Fabry disease and AVR-RD-02 in Gaucher disease. Furthermore, all with Cystinosis (n=3) who took AVR-RD-04 remain off treatment of rescue therapy. Click here for more info.
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Orchard Therapeutics showed positive safety and efficacy data of OTL-203 in Mucopolysaccharidose I (n=8). In the same update, no treatment related adverse events and positive biomarker data were seen in Mucopolysaccharidose IIIA patients who received OTL-201 (n=3). Click here for more info.
[image: Afbeeldingsresultaat voor abeona therapeutics]
Abeona Therapeutics showed positive safety and efficacy data of ABO-102 in Mucopolysaccharidose IIIA (n=3). In addition, positive biomarker data was seen of ABO-101 in Mucopolysaccharidose IIIB. Click here for more info.
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Lysogene showed positive biomarker data of LYS-SAF302 in Mucopolysaccharidose IIIA and GM2 and GM3 gangliosides. Click here for more info.






image4.png
®rchard

therapeutics-




image5.png
THERAPEUTICS

’ﬁ""’Abeona




image6.png
wlyscgene




image1.jpeg
S
NVGCT () s
S




image2.png
Amicus

Therapeutics’




image3.png
AVROBIO




