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\ ANTES DE CRISPR:
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ANTES DE CRISPR: GENE TARGETING
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EL SISTEMA CRISPR/CAS9
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EL SISTEMA CRISPR/CASSY:

sgRNA

9 2013: Desarrollo sistema de edicion CRISPR/Cas9 CASY

LT LT

PAM

* Dominio de union al DNA - Single guide RNA
(sgRNA)

e Dominio nucleasa - Nucleasa Cas9

E. Charpentier y J. Dounda * Motivo PAM (5-NGG-3’)



| EL SISTEMA CRISPR/CAS9: APLICACION
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| CRISPR/CAS9: NUEVAS PROTEINAS CAS

SpCas9 o SaCas9 Cas12a (Cpf1)
Streptococcus pyogenes * Staphylococcus aureus Acidaminococcus
163 kDa 130 kDa « 145-185 kDa
 PAM: ‘NGG”  PAM: ‘NNGRR(T)” « PAM: “TTTV”
* Deja extremos romos » Deja extremos romos « Deja extremos protuyentes




| CRISPR/CAS9: NUEVAS PROTEINAS CAS
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NUEVAS VARIANTES: “THE WORKING DEAD™
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LOS OFF-TARGETS:

Cas9:sgRNA
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\ BASE EDITORS

David Liu
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\ PRIME EDITORS
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CRISPR/CAS9 EN TERAPIA GENICA

CELLS ARE REMOVED ,.
FROM PATIENTS

THERAPEUTIC
PACKAGED IN A
DELIVERY VEMICLE,
SUCH AS LIPID
NANOPARTICLES

THERAPEUTICALLY MOOWFIED
DELIVERED TO CELLS N CELLS ARE EXPANDED IN
CULTURE RESULTING ™ CULTURE, THEN RETURNED
DESIRED EDNT TO PATIENTS



| CRISPR/CAS9 EN TERAPIA GENICA

 Del laboratorio a 12 Terapia Génica aprobada en 11 afios

CRISPR Clinical Trials Progress - 2025
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Cardiovascular

Base-editors. Nanopart. Lip.(/n vivo) Diseases

https://innovativegenomics.org/news/crispr-clinical-trials-2025/
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