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GENE THERAPY 

Introduction of wild copies of the defective gene causing the disorder into the cells of the affected individuals is 

termed as gene therapy. 

Types of Gene Therapy: 

A. Germline gene therapy: 

1. Germ cells(sperms and eggs) are modified by the introduction of functional genes which are   ordinarily 

integrated into their genomes. 

2. Therefore,the change due to therapy would be heritable and would be passed onto the next 

generation. 

B.  Somatic cell gene therapy: 

 1. The gene is introduced only in somatic cells. 

2. Expression of the introduced gene eliminates symptoms of the disorder but this effect is not    

heritable. 

THE MAIN STEPS INVOLVED IN GENE THERAPY: 

a. Identification and characterization of gene 

b. Cloning of gene 

c. Choice of vector 

d. Method of delivery 

e. Expression of gene 

APPROACHES TO GENE THERAPY: 

 Disease caused by the loss of a functional gene can be treated by introducing extra copies of the normal 

genes which may produce the amount of normal gene product level after the normal phenotype is restored. 

1. Aggressive gene therapy 

2. Adenovirus gene therapy 

3. Adenoassociated virus gene therapy 

4. Retroviral gene therapy 

5. Nonviral delivery in gene therapy 
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